Department of Haematology
Waikato Hospital

29 July 2013

Ms. Sue Anne Yee @
Therapeutic Group Manager

PHARMAC

PO Box 10 254 & %

WELLINGTON 6143

Dear Sue Anne, : ;
Re: Feedback submission on PHA A m @s unding

In addition to the attached
given the opportunity to dj
the PHARMAC Consul

HAEMATOLOGIST.



EXECUTIVE SUMMARY

I strongly oppose the PHARMAC proposal to decline a funding application for
eculizumab for the treatment of New Zealand (NZ) patients with Paroxysmal
Nocturnal Haemoglobinuria (PNH) because:

1. Eculizumab is a highly effective treatment for PNH.

2. Eculizumab dramatically improves the long term survival and quality of life of
PNH patients.

3. PHARMAC has not consulted with either NZ or international @a logist@

I

who have experience in treating PNH patients with eculizuma efor
does not appreciate the dramatic benefits of eculizumab treatm

4. The number of New Zealand patients with severe, hae P o re i;E
require treatment with eculizumab is relatively smal at’s more PN
patients need to remain on treatment with eculizu m.

5. Eculizumab could just be made available to\the ir all ntm 7 NZ PNH

patients with the more severe, haemolyti
restrictive NZ access criteria

defined but
6. The potential cost of eculizumab{to

AMA ® less than has been
quoted. Q
7. PHARMAC does not hgve. a suitable e or the transparent and fair

evaluation of high cos i¢i edh for the treatment of rare diseases.



1. Eculizumab is a highly effective treatment for PNH.

Eculizumab has been used to treat PNH since 2003, and is now a funded treatment for
PNH patients in almost all of the OECD countries, with the exception of NZ.

There is now overwhelming evidence of the effectiveness of eculizumab in the
treatment of patients with PNH. Instead of PNH patients suffering from a progressive,
debilitating disease, treatment with eculizumab allows them to return to having full
a). It causes a marked reduction in red blood cell haemolysis

This was first noted in the eculizumab pilot study published in n

and active lives, with the prospect of having a much longer survival.
Journal of Medicine in 2004'. In treating those first 11 PN& it was

Eculizumab is a highly effective treatment for patients with severe PNH because:

noted that after only one or two doses of eculizumab, the re d céll haemolysi

was dramatically switched off, and the serum LDH lev ummbeted al or
very near normal levels.

As a consequence of the much reduced red cell\d€ tion @ ement for
regular red cell transfusion support also diminj ically s shown in a
formalized way in the TRIUMPH study, n the ngland Journal of

Medicine in 2006 In this study 87 trapsfusi
randomisation to either receive treatm¢
not. Eculizumab reduced ongoing hagmo

end \patients underwent
uliziimab, 6ver'a 26 week period or
Y ain 5.8%. During the study
period, 49% of the eculizumab-tr atj ot require any red cell
transfusions at all, whilst ainder a@ much reduced transfusion
requirement.
Subsequent studies @h i/ me ases eculizumab treatment removes the
requirement for red%e transfusion completely”.

f nitric oxide, which results from the presence
lation. As a result of this, the severe fatigue

s improvesy and disabling abdominal pain, caused by muscle
ing Iyés.
N

Wasowe ied in the SHEPHERD study, published in Blood in 2008°. In
d}@ 7 PNH patients, all of whom were treated with eculizumab,
tio

aréful .a was paid to patients’ symptoms both prior to and following
i ment. That study showed a dramatic reduction in abdominal pain,
uscle spasms, diarrhoea and headache with eculizumab treatment. That
ent occurred promptly, after only one or two weeks of eculizumab
tment, and was sustained throughout the study period.

@he SHEPHERD Study also looked carefully at patients’ fatigue scores, using the

ACIT-Fatigue instrument and the EORTC QLQ-C30 fatigue scale. Both scoring
systems showed a marked improvement in patients’ well being, with improved scores
being noted from week 1 of eculizumab treatment. This improvement was also
sustained throughout the study period.



The depletion of nitric oxide that occurs in PNH patients also contributes to dyspnoea
and pulmonary hypertension. The latter results in significant right heart strain, and an
increased risk of pulmonary emboli. Almost 50% of untreated PNH patients have
elevated BNP levels as a result of this. Treatment with eculizumab, even relatively
late in life, results in a significant reversal of this potentially life-threatening
complication. Eculizumab treatment dramatically reduces NO depletion, which leads
to a fall in BNP levels and reduced pulmonary artery pressures. This change is
associated with improved dyspnoea scores®>

c). It markedly reduces the risk of developing thrombotic complications. This is

especially important, since major thromboszs and the complications thereof is the
major cause of death in PNH patients®.

The issue of a markedly increased risk of thrombosis has been exténsi

PNH patlents both in those who have not and in those who hav ceived cullz
treatment” ®. It is now clear that the complement and coagula i6h.Syste s gie clo
integrated, with each influencing the activity of the othe eed t or If hids
recently been shown to activate the alternative pathwa @%

arke dly hrombotlc

Pathogenic factors seen in PNH that contribute to
< moglobin, NO

embranes, and
plement mediated

¢ pro-inflammatory

depletion, the absence of other GPI-linked. pro

abnormal endothelial function. In additi
pro-coagulant mechanisms have be %ﬁ

effects of C5a°.
o@ ; plement dysfunction and its
ambosis in PNH patients’. Eculizumab

ase in markers of thrombin generation

Treatment with eculizumab,
consequences, markedly reduce
treatment results in a rapid a

and inflammation, i nde
Long term fo of eculizumab-treated patients from the

TRIUMPH sows that the administration of eculizumab
emb idence rate from 11.13 events per 100 patient-years

reduced

to2.14 e atlent- ars. This was a relative reduction in thrombosis risk
of 81 ng ter 1 -up of the UK Eculizumab-treated PNH cohort of 79
i edt 27% of the patients had had a thrombosis prior to starting
ab ( er 100 patient-years), only 2 thrombotic episodes developed
Owl% on (0.8 events per 100 patient-years) p<0.001'% This is a dramatic
e cti%t mb0t1c risk that is directly translated into improved long term
i w).

ion, knowing that eculizumab is highly protective of developing a thrombosis
allowed some PNH patients to safely discontinue primary thrombosis prophylaxis

withk Warfarin. In the UK cohort, 21 PNH patients with no prior history of thrombosis
ave discontinued Warfarin after starting eculizumab with no thrombotic sequelae'?.
Treatment with eculizumab therefore allows patients to live their lives without the

constant threat of developing a major thrombosis that might severely threaten major
organ function or cut their life short. The prospect of being able to safely discontinue



Warfarin therapy in some PNH patients who are on eculizumab is very attractive, and
would undoubtedly impact on patient freedom and quality of life.

I am very disappointed to read in the PHARMAC Consultation Document that

“..there is evidence that there are some clinical benefits from eculizumab
treatment...”.

I would argue that there is overwhelming evidence that there are many clinical

benefits from eculizumab treatment. Indeed eculizumab treatment results in a
reduction of every adverse clinical outcome associated with PNH, with the
exception of severe bone marrow aplasia and transformation to acute leukaemia'’.

The health gains for any individual, severe PNH patient treated with eculizumab are &

HUGE.
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2. Eculizumab dramatically improves the long term survival and quality of
life of PNH patients.

Prior to eculizumab becoming available for clinical use, Hillmen et al carried out a
detailed longitudinal study of quite a large cohort of PNH patients that had been
followed up for over 30 years at Hammersmith Hospital in London, UK. That study
showed that 30% of PNH patients were dead within 5 years of diagnosis, and by 10
years, 46% of patients were deceased'. The commonest cause of death was either
directly or indirectly from thrombotic episodes. Many of these occurred despite either
primary or secondary prophylaxis with Warfarin +/- aspirin.

Since eculizumab has been shown to be a highly effective therapy in PN
placebo-controlled study of eculizumab treatment in PNH patien
conducted. To do so, would now be quite unethical and unacc
survival data must be based on historical comparative data inv

of eculizumab-treated PNH patients. There are two such Eculizumab-
where overall survival has been analysed.

The first of these is the UK cohort, the results of e publi injtially in
20117 and again updated in 2012°. In the 2011 pu the of/gculizumab
treatment in the first 79 patients were described/] 2 t, the results

of eculizumab treatment in 153 UK patients . showing the more
immediate short term benefits of eculizun tﬁﬁ? ival outcomes in this
cohort were also dramatically improv. i ﬁival curve from the
2011 Blood paper. This graphically<dem: mab treatment of PNH
patients increases their survival such S

normal population!!
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The second cohort study, based on an international group of PNH patients that were
initially enrolled in to the TRIUMPH and SHEPHERD studies, was published in the
British Journal of Haematology only 2 weeks ago®. Many of these 195 patients have
now been on eculizumab treatment for upwards of 8 years. Over that prolonged period
of the study, only 4 PNH patients have died whilst on eculizumab. This is a
remarkable outcome for a large group of PNH patients treated at quite a number of
different centres worldwide.

The overall survival curve from this latest British Journal of Haematology paper is

copied below. As you can see this landmark survival analysis, performed at a median
follow-up of 30 months, shows a remarkable overall survival for this PNH gohort. &

Probability of survival
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ulizumab is a highly effective therapy in the

onclude%
treatment A wE'ch dramatically alters the natural history of this disease, and

% Survival

’There are very few drugs in modern medicine that

ch off haemolysis, but rather to effectively prevent life-threatening

above recent survival analyses have allowed statisticians to develop

ival models for PNH. These suggest that eculizumab treatment will

rolongation of survival in PNH patients by in excess of 20 years. This again

gests that eculizumab treatment results in a huge health gain for any individual
patient.

: Quality of Life (QoL) improvement

The SHEPHERD study®, which involved a group of 97 transfusion-dependent PNH
patients, formally assessed QoL using the EORTC QLQ-C30 instrument. An
improvement in scores was seen across the fatigue scale, the scale for global health

0 e@;zumab are thought to predominately originate from its ability to
SWi



status (p<0.001), on all 5 scales for functioning (p<0.001) and on all 3 symptom
scales (p<0.002). A summary table from that paper is included below:

Table 6. Change in EORTC QLQ-C30 scores following treatment
with eculizumab

Mean (SE) change baseline

Scale to wk 52*
Gilobal health status 19.7 (2.05) =< 001
Functioning scales
Role 20.4 (2.67) < 001
Social 17.4 (2.84) 001 @
Cognitive 8.6 (2.26) @ . 00
Physical 14.8 (1.63) .
Emotional 15.6 (2.26)
Symptom scales
Fatigue
Pain
Nausea and vomiting

Single-item measures

Dyspnea @

Loss of appetite @ -7 <.001
Insomnia < 001
Diarrhea @,9& <.001
Financial difficulties @ 7 (2.78) 768

Constipation AN % 0.4 (2.03) 985

*An incr in Cor.
indicates ippn t, w
and sin

Ml

les for global health status and functioning
rease in the scores on the symptom scales
improvement.
on change from baseline.

ulizufiab \trédiment not only dramatically improves long term survival, but
3 sul \ rompt reduction in symptoms from PNH, which is directly
tramslat to 4n improved quality of life.

1

E abis a HIGHLY EFFECTIVE treatment for patients with severe, haemolytic
al nocturnal haemoglobinuria. It should undoubtedly be funded and

: e available to NZ patients with severe, symptomatic disease.

n Page 8 of the Consultation Document it is stated: “The high cost of a medicine is
not necessarily a barrier to funding, provided that the expected benefits are reasonably
proportional to the cost...”. Quite clearly the expected benefits from eculizumab

treatment are so great, such that it is very reasonable to fund this medication
even at a relatively high cost.
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3. PHARMAC have not consulted with either NZ or international
haematologists who have experience in treating PNH patients with
eculizumab, and therefore does not appreciate the dramatic benefits of
eculizumab treatment.

PHARMAC received an application to fund eculizumab (Soliris) for the treatment of
PNH from the supplier, Alexion Pharmaceuticals, in November 2011. Since that time,

PHARMAC has sought advice from haematologists and others involved in the
management and care of patients with PNH with regard to that application for

funding
In particular, advice was sought from the Haematology Sub-committee C, who &

discussed this matter formally at their meeting in August 2012. The hos
discussions has been detailed in previously published Minutes
recommendations were tabled at the Teleconference Meetmg C eld 0

March 2013.

Aside from the fact that the initial recommendation wa

none of the other recommendations from the Haem ¢ been
acted on. In particular the concept of making ec to those

patients with more severe PNH has not ed ’ﬂgewise, the
Haematology Sub-Committee has no asked re<evaluate their
recommendations in the light of additional-s publ c out eculizumab in

the treatment of PNH that have come 2 (See references in
other sections above).

I must also point out that w Haema

ommittee of PTAC is made
ONE of them have had any

up of a number of emi

experience in the treatn@ patl
Alexion Pharmace ade available supplies of eculizumab to 3
severely affec(ig% on compassionate grounds. The NZ
haematologists her r formerly care for H
haematologists should have been consuited, to
give ﬁrst‘wé/éxp 'ence ofVhow treatment with eculizumab has dramatically
ch thexdives o 3 patients. This treatment is highly effective and
?l}g %f ity of life. (See references in earlier sections above).
PNH patients may not currently be alive if it wasn’t for

to this medication.
uld also have consulted with international experts who have
vith eculizumab treatment in PNH. In particular, to hear from Professor
illmen, of Leeds, UK or from Professor Jeff Szer of Melbourne, Australia

elp PHARMAC appreciate why eculizumab should be made available to NZ
H patients.

would argue strongly that PHARMAC should look at a further round of expert
consultation, both nationally and internationally, before moving forward with their
proposal to decline funding for eculizumab



4. The number of NZ patients with severe, haemolytic PNH who really
require treatment with eculizumab is relatively small. What’s more, not
all severe PNH patients need to remain on treatment with eculizumab
long-term.

On Page 4 of the Consultation Document it is stated “There are an estimated 60-70
patients with PNH in New Zealand and depending on the access criteria, a sub-group
of 12-20 patients who might be considered for funded eculizumab treatment.” The
document then goes on doing all further calculations of cost based on treating 20 such

patients. To me these calculations are both spurious and erroneous. S

Although the internationally quoted prevalence of PNH is said to be an | in
100,000, it is important to realize that there is considerable th
presentation, clinical manifestations and natural history of the di st
sufferers. A working classification has been developed W% ¢ Telate

somewhat different presentations of the disease are recognized! Ra cula

recognize (1) classic or haemolytic PNH, (2) PNH in the sgtti %ﬁan he

bone marrow disorder, for example PNH/aplastic é

anaemia-myelodysplastic syndrome, and (3) sub%iﬁ%

anaemia’. What is more, if studied by very s f@ch iques, even normal
individuals can be found to have very low lev®\' az% T 3

Hence, although PNH may in fact be co than/first thought, it is
important to realize that only patien $ type of classical or
haemolytic PNH should potentiall t wi ab. Those patients have
PNH haematopoietic clones that ar ly y conventional laboratory
techniques, which are typ' s@ %o
haematopoietic cells. It isAo % ; e Ki

hiefs

of the total number of

ife Saving Drug Programme in

size of greater than 10% in their
eatment”.

Australia has chosen to/1 mini\

hosg with classical haemolytic PNH with a large enough clone size
i g&\bgtyﬂment? And
s are we aware of currently in New Zealand?

sulted with Professor Peter Hillmen from Leeds, who heads up the
-funded, UK programme of eculizumab treatment for patients with
sconfident that all eculizumab-eligible PNH patients within the UK are
sluded in his programme. Hence, based on the UK prevalence, 2.5 to 3 patients
illion population require treatment with eculizumab. Professor Hillmen therefore

suggests that for New Zealand, some 10 to 12 patients will require eculizumab
eatment — no more (personal communication).



In addition in Australia, where eculizumab has been available since December 2010,
there are currently 57 patients on their eculizumab treatment programme, for a
population of 22.6 million people. This is a rate of 2.52 patients per million
population.

(This ties in perfectly with the figure quoted by Professor Hillmen from the UK).
Based on the Australian prevalence figure, for a New Zealand population of 4.3
million people, we would expect 11 patients to require eculizumab treatment if the
Australian access criteria were used.

In reference to b) above,
The NZ Branch of the Haematology Society of Australia and New Zeal (HSANZ)
undertook a nationwide survey of all NZ haematology centres in 20 opking to

had only mild disease, or had low-level PNH clones in /t@ sefti
hypoplastic or aplastic bone marrows. Not all patients had had"ﬂ% j
accurately assessed. However based on that informatio

y 8
severe haemolytic PNH such that they would warra tw ab.
Although there have been some changes in that d j 011, tabase
has been kept up to date, such that the NZ haemato \?‘m ityAl

e (o] t@

that no additional PNH patients are about to su

If we accept then that there are only 10 equire treatment with
eculizumab, that puts a very different_light.o pha Q&onomics of funding
eculizumab in NZ. Even if the ch ice eculizumab was the quoted
$600,000 per year, the total cost to p C

not the $12,000,000 quoted i nsultatio

The long term require ﬁo§

On Page 3 of the C%gu £ 0

PNH but it relieve\@ pt
e

administered fi I th

\

Whilst thj tis large I think all international PNH experts would agree
that we all ow how the natural history of PNH may change in those

pat'ew main o umab for a sustained period over many years. In other

nto the PNH haematopoietic clone in the bone marrow over

2

sociated with PNH.......and it needs to be
ife”.

¢ what wi

<

ter -what we are now beginning to see in some eculizumab-treated patients
is H clone spontaneously begins to decline, and normal haematopoiesis is
-established. In recent discussions with Professor Hillmen from the UK, he
ighlighted how 2 patients in their UK eculizumab-treated cohort have had their
clone drop to such a low level that they have been able to safely discontinue
Qt e drug! There are another 6 UK patients with declining PNH clones that are being
watched closely, and who may be able to come off eculizumab in the near future

(personal communication).



Hence funding treatment with eculizumab may not be a life-long commitment for all
PNH patients. Treatment of PNH patients with eculizumab has opened the door on the
pathogenesis and biology of PNH a bit wider. Over time we may well find new
therapies emerge such that eculizumab provides a bridge to curing the disease long-
term.

Finally I must point out that, although eculizumab is currently regarded as a very
expensive medicine, it will not always remain so. The world-wide patent that Alexion
Pharmaceuticals has on eculizumab at present is likely to expire in the next 7 to 10
years. After that, generic forms of eculizumab will almost certainly become available,
at a very much cheaper price. So whilst the commitment to fund eculizuma
a potential annual cost of $6,000,000 sounds a lot of money going for
not need to be sustained indefinitely. That cost is likely to drop quit
soon as the drug comes of patent in some 7 to 10 years. It wo
number of NZ PNH patients died without eculizumab treatment dutt
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5. Eculizumab could just be made available to the small number of NZ PNH
patients with the more severe, haemolytic type of PNH using clearly
defined but restrictive NZ access criteria.

If PHARMAC has concerns about the very high cost of eculizumab, then one
approach to dealing with that is to only make eculizumab available to those NZ
patients with the most severe forms of haemolytic PNH.

In that regard, I note the Haematology Sub-Committee of PTAC did suggest, at
their meeting in August 2012, that perhaps PHARMAC should consider funding

eculizumab with very restrictive access criteria. They suggested that PNH patients &

in NZ had to fulfil the following criteria:
1. To have developed a radiologically proven thrombosis, despi anti@

coagulation, or
2. Have a clone size of >50%, have systemic symptoms/{foréxaniple se
abdominal pain, fatigue or shortness of breath) and vidence,.of activg

haemolysis. (See PTAC Minutes, 18 March 2013),

One of the issues with the above suggestion wowt size of
>50% 1is a bit too restrictive, and secondly, that S and to some
extent shortness of breath are subjective sy t to judge

Personally I would rather prefer ado ﬁ% stral ess criteria’, but with

some modification of clone size an K& fon i s to make them a bit

more restrictive. The Australianceriter Vi nd have been in use for
” ;

close to 3 years now. They ha

the Australian access criteria for use in NZ:

t empirically from 10% to 20%. It would be
assessed formally, using standardized criteria,
ry in NZ.

assessed these changes against the NZ patients currently
1&\NZ PNH database, I would be very happy to do so, recognizing
icnts would need to have their clone size re-assessed. I suspect
these slightly more restrictive criteria would reduce the number of
ts that would be potentially eligible for eculizumab treatment, perhaps
ing the patient number down from 10 patients to around 8 patients. That
could potentially reduce the budgetary impact of funding this medication, whilst

@ till making it available to the most severely affected patients.

References:
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6. The potential cost of eculizumab to PHARMAC is much less than has
been quoted.

On Page 4 of the Consultation Document it is stated “The pharmaceutical cost of
eculizumab is estimated to exceed NZ$600,000 per patient per year; therefore funding
eculizumab for PNH in New Zealand would cost approximately $12,000,000 (20
patients) per year. This cost would be likely to increase as more patients meet the
access criteria and qualify for treatment each year.”

I have had discussions with personnel at Alexion Pharmaceuticals about the potential
cost of supplying eculizumab to NZ patients with severe PNH. Likeany other
pharmaceutical company negotiating a deal with PHARMAC to get thei ﬁ

Alexion are more than willing to supply the drug with a significant ¢
rebate. Price discounts well in excess of 50% have been menti
confidence. Obviously, owing to the commercial sensitivity of/this
prepared to put anything in writing for me. However Alexiofv’F aceutjcals a
company with a well respected international reputation teve
would negotiate in good faith to reach a fair and e N pre
discussions with PHARMAC, Alexion believe that je“walked away”,
because they were not genuinely interested in havi i% ) NZ in the

first place. @

In regard to the concern that “costs wou@%&hkﬁ to ing
the access criteria....”, Alexion Phar u%ts are Yer

They are quite comfortable about €nter (¥ %&

concerns about potential patient nu increasing“lideéd, they have already done
that in several other countrie i is\available, and would be quite

happy to do that for N they cannot progress such a
negotiation without P

I would therefore t HARMAC meaningfully re-commence negotiations
with Alexion P aceuticals,-beforenmoving forward with their proposal to decline

funding for ecu \ SN . PHARMZ
operatio ooadwill they

funded,

D



7. PHARMAC does not have a suitable process for the transparent and fair
evaluation of high cost medicines used for the treatment of rare diseases.
PHARMAC needs to address this, and if necessary should evaluate
eculizumab via such revised criteria.

In my discussions with PNH patient groups and health funders, I have been repeatedly
reminded that because PNH is a rare disease, it may well not be appropriate to use
PHARMAC’s usual cost-utility analysis approach to make an informed decision about
whether or not to fund eculizumab;.

Before developing a Cost Utility Analysis (CUA) based on quality-adjuste >1ife years
(QALYs), reviewing clinical evidence to establish the extent of net clin
required. In that respect, analysing high level evidence based on ran
preferred’. In the case of PNH however, where patient number

a

highly effective treatment is potentially available, no randomj of suffi

size is ever likely to be done. Indeed to do a placebo-contro lizuma
treatment in PNH would now be considered unethical. Henee, try tro
case for funding eculizumab based on a compelling CU : for

the treatment of any other rare disease in NZ.

In recognition of that, it is interesting to note
Organization for Rare Disorders (NZORD)
been holding a series of public meetings th
that the PHARMAC proposal to decli
PNH is fundamentally wrong. N
assessing orphan drugs for rare dise

urgently. I would certainly su at vView, dn
PHARMAC owe it to t 1

have much to gain fr u ab
this drug. As I ha ed i
absolute and quality-adjusted li

ious sections above, the potential gain in
tancy from eculizumab treatment of severe
needs to be look at this critically once again,

r money of pharmaceuticals in New Zealand: PHARMAC’s
ility analysis.

us P., Roth A. et al. Br. J Haematol 2013, 162(1), 62-73.

ety and efficacy of sustained eculizumab treatment in patients with
1 nocturnal haemoglobinuria.

ical benefit is &
i Is i
W a



Personal Statement and Declaration

In writing the above submission, I wish to share with you my motivation for taking on
an advocacy role for PNH patients in NZ to obtain funded access to eculizumab
treatment.

I have been practicing as a specialist haematologist in NZ for over 20 years. During
that time I have fulfilled a number of leadership roles amongst my colleagues,
including serving as the NZ Councillor to the HSANZ from 2005 to 2011.

During my time as a haematologist, nothing moved me more than when I met
-. a .-year—old PNH patient in F some years ago.
diagnosed with PNH when first presented when
a . which had developed as a result of a

. When . she developed a
and 1t was then that the diagnosis was made. Ever since théx |

treatment with Warfarin and Aspirin.

PN
was a young person who was missig §
bleak future. @

Somewhat surprisingly, a
Alexion Pharmaceuticals,
for . I remembe
meeting | agam -n,

ft
S
\

S

mother * proached and pleaded with
;' supply; of eculizumab was made available

after starting eculizumab treatment,
¢, The change was ABSOLUTELY

e to more NZ PNH patients like . I know it 1s an
, but somehow we must get this funded for PNH sufferers who

I want to put on record, that I personally have nothing to gain from having

%ﬁlly’
acuhzumab funded in NZ.
I do not have PNH myself, nor do any of my family or friends.

- I do not have shares or any pecuniary interest in Alexion Pharmaceuticals.

- I have not been paid any fee or retainer by Alexion Pharmaceuticals.

- I will not receive any payment or any other reward from Alexion Pharmaceuticals,
or any other third party, if eculizumab is eventually funded in NZ.




I believe in this campaign for eculizumab to be funded because I have seen first hand
what a highly effective treatment it is; I have seen how it can really change lives for
good; and I believe every NZ sufferer of severe haemolytic PNH deserves to receive
this life-saving medicine.

Please PHARMAC, look at it again. Please DO NOT proceed with your proposal to
decline to fund this application.

Dr. Humphrey Pullon, MBChB, FRACP, FRCPA
Consultant Haematologist
Waikato Hospital, Hamilton.

A
f\\,@i%@
XS



To: eculizumabfeedback[eculizumabfeedback@Pharmac.govt.nz];

Subject: Eculizumab
Sent: Tue 7/30/2013 10:04:15 **
From: Andrew Butler

Thank you for the opportunity to feed back on the PHARMAC proposal.

for this have already been meticulously documented in the submissio
colleague, Dr Humphrey Pullon, and do not need repeating.

@@ @§%

Q)
@§§§

Dr Andrew Butler

Haematologist | Canterbury Heatth S
- S ¢ E
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Sue Anne Yee
Therapeutic Group Manager
PHARMAC

14 June 2013
Dear Sue Anne

Thank you for the opportunity to comment on the recently announced proposal to decline funding for
eculizumab for patients with paroxysmal nocturnal haesmoglobinuria (PNH). The following comments are my
personal views as a consultant haematologist who manages patients with this condition. They should not be
considered to represent the views of the New Zealand branch of the Haematology Society of Australia and New
Zealand, of which I am currently the New Zealand councillor, nor of the Haematology Work Group, which I

currently chair. I have encouraged members of those bodies to make individual submissio I do not
believe there is a consensus amongst us on this issue that would allow a joint submissio ese
groups.

My comments are from the perspective of a clinician with some experience in .
as well as numerous other conditions for which effective but unfunded treatment op
would like to make are:

from it and I have considerable sympathy with their desi

2. Asaphysician I have a duty to offer my patients the be
able to offer this therapy to appropriate patients with ¢
eculizumab is very effective in reducing haemolysi
complications of this disease as well as improvi
risk of dying from complications of this dj
selected retrospective analyses.

3. However, because of the extraordin 0 beligve that a broader perspective is
necessary in considering this issue 2 ave aduty.as clinicians to consider the financial
implications of the treatment deGision's e ¢ theyinevitably impact on other patients,

1. Tacknowledge the burden that this disease represents folréz

may also reduce the
val are less clear, relying on

given that resources are fin
4. The fact that this drug h % should not alter the fact that New Zealand
has to make its own dec ge to the health needs of our own population and

not automatically be'ade
5. The number i
aired in the i his proposal. The estimated prevalence frequently quoted in the
of PNH, Lancet 1996, 348:560) is 1-5 cases per million, which

xion Pharmaceuticals as well as my understanding of data from the
istry, funded by Alexion Pharmaceuticals. The number of eligible patients is

Zenind
g:@d%‘ at this understanding is based on informal communication with colleagues

ritica

im when considering the total cost of this drug to the country, because of the extreme
co i However, funding it for even a very small number of patients could have
s inancial implications, with clinical implications for a potentially much greater number of

ts'deprived of effective treatments because of the finite resources available to fund healthcare in

iS-<country.
Ithéugh this particular condition is very rare, “rare diseases” as a broad group are relatively common.
URORDIS, the European Rare Disease organisation estimates that 6-8% of the European population

suffer from a “rare disease” (defined as a disease with a prevalence of <1:2000). Although funding
eculizumab for PNH would represent a small proportion of the pharmaceutical budget because of the
rarity of the disease, such funding potentially sets a precedent. Other companies seeking funding for
rare disease treatments are likely to view the price achieved as a benchmark. Collectively, funding
expensive rare disease treatments could have enormous financial implications if the cost of treating
each disease is similar to that of using eculizumab for PNH.

7. The clinical severity of PNH is very variable, with some patients suffering severe thrombotic
complications, transfusion dependence, and disabling symptoms, while others have few or intermittent
symptoms and a relatively low or no transfusion requirement. The proposed symptomatic criteria



(severe abdominal pain, fatigue, shortmess of breath) are subjective, relatively non specific and open to
considerable variability in interpretation. It seems hard to justify spending over half a million dollars
per year to improve fatigue in a single person, which would appear to be possible under the proposed
criteria. It may be appropriate to consider a different threshold for funding a small number of the most
severely affected patients (particularly those with severe thrombotic complications) rather than simply
adopting the argnably quite liberal criteria used in some countries for such exiraordinarily expensive
therapy.
8. While other treatment options are limited, there are some therapeutic strategies of benefit in some

patients.

a.  Although the subject of some debate, in my experience corticosteroids have some activity and
can be effective in some patients, both in the acute setting, and in lower doses longer term.
While not as reliably effective as, and potentially more toxic than eculizumab, this class of
drugs is a reasonable option in some clinical circumstances, in my opinion.

b. Transfusion therapy, although not ideal, allows many patients to lead a relatively normal life.
There are numerous patients with other haematological disorders who are transfusion-
dependent and who are unable to access drugs considerably cheaper than ecyliz
(erythropoietin, azacytidine, lenalidomide, etc) that have the potential to red
transfusion requirements, improve their quality of life and extend their siu

c. Allogeneic transplantation is the only curative strategy for this disease. Alth
risks with this therapy, it has been used successfully in this condj
safety of this form of treatment for other conditions is improvj
and the outcomes are particularly good in PNH patients transplan
complicating thrombosis or aplastic anaemia (deLatour

73). Although this form of therapy is also expensive cost of &

cell transplant is a fraction of the annual cost of e¢ herapy 0 ‘
Therefore, despite my sincere concern for the patients who sufferfr @ eand my-dés i
this treatment, I wish to express my strong support for the proposa i int is drug, based on its
extreme high cost. Although I do not have any informati ctual price-that might be achievable
through negotiation, unless this were to be a small fra s&b Bgestéd oftover $500,000 per patient
per year, it is my opinion that much greater health be achieve he New Zealand population
by spending this money on other initiatives. Nevert Nds a comp ¢.\ilmay be appropriate to explore
different thresholds for funding this drug for a verysmall)numb with the most severe clinical
manifestations of this disease.

e PO




From: Helen McDermott

Sent: Thursday, 1 August 2013 12:03 a.m.
To: eculizumabfeedback

Subject: PNH patients

Attachments: PNH submission.docx

Dear Sue Anne,

Please find attached my submission to be considered for the Eculizumab feedbac &
Kind regards,
Helen McDermott %




Canterbury

District Health Board

Te Poari Hauora © Waitaha

31 July 2013 &
Sue Anne Yee

Therapeutic Group Manager

PHARMAC & %

PO Box 10254

Wellington 6143 @

Dear Sue Anne, @
Xpaﬂment for

| am a research nurse who has been involv "d\ ae
over 15 years. The PNH registry was o i ristc%yx 2006 and then in

the other main centres in New Zeala av@ ility to compile data on

PNH patients in New Zealand.
akhPNH registry to observe the

This data was then combined | '
natural history and management of

This registry has highlighted
Eculizumab and those-with

countries now havekEculizu

lween patients in countries with access to
s the years have gone on most other

hose patients around the world whose lives have
%n}?ith the provision of Eculizumab, while New Zealand
the progression of their disease without treatment and

makes for inspiring reading as these 3 all were in life threatening

progra i
situ % intensive care. Now they are all working and contributing in their own
w ommunities all with a future that is as certain as any of us.

@jl icult to watch the gradual decline of people struggling each day with their

ition knowing a proven treatment is available to other sufferers around the world
which is being denied to our patients. There is no other treatment besides trying to
manage the symptoms of their disease. Blood transfusions, warfarin to try to prevent
blood clots and a listening ear is all we can do. The amount of blood transfusions



required increases as does the frequency of hospital visits from pain, especially
abdominal, from clotting episodes and renal impairment.

These few people who suffer terribly from this chronic and progressive disease
deserve the right to have access to a treatment that is proven to be effective.

| acknowledge that PHARMAC have reviewed the data closely however | am puzzled
at the numbers that PHARMAC have come up with, they don’t correlate with the
numbers | and others have spent time gathering over the years. | urge PHARMAC to

continue discussions with the aim of finding a workable criteria for access to
Eculizumab and a funding solution. 322

@@%@
Helen MeDermott @ @

Haematology Department
Christchurch @ &



Uit 12 Aug on13

Department of Haematology
Dunedin Hospital

Therapeutic Group Manager
PHARMAC
PO Box 10254

- WELLINGTON 6143

4 August 2013 @ &
Ms. Sue Anne Yee <\Z\@ %z
Re: Feedback submission on PHA oposal ne a funding
applicati izuma
I have two patients with PNH whg-41¢ en comp ply of Eculizumab. I have
3 had had tening complications from
24b b .@ could have had died of

PNH is a rare disease-a logy training in Adelaide, Australia f did

not have a personal e ent of this condition. ] met Haﬁer
amrivingin N B under the care of Dr Musuka and | took over her

{

Dear Sue Anne,




By August 2008 /as 8" admission this time with

During this admission because of the severity of lBIPNH we contacted the [ N
Bone Marrow Transplant Committee to consider, for myeloablative unrelated <§

allogeneic stem cell transplantation.
The Bone Marrow Trausplant Committee suggested 1 contacted Pro{ sawhich [\

did and Prof P Hillmen's advice was that this procedure was contrai S
He advised ¢ shauld appro
Alexion Pharmaceutical to request compassionate supply of eculizamab which 1.did an

.. fortunately it was approved.

Since eculizumab was commenced

B —

In the lon : seqcﬁ»@gzab has been a lifesaving medication for
o Idnger suff m a debilitating abdominal pain and lllis no
longer at rlsk\s@uw
Sh a% ing full time and contributing with her taxes to our
i n

¢ on a health benefit.

d on the health benefits my other patient has had but suffice
Oval was based on the lifesaving properties of eculizumab without

has not had

ave attended a few meetings supported by Alexion to learn more about eculizumab.

1 have no financial interest with the company and 1 have not been paid any fee or other
pecuniary interest to speak favourably about the drug,.



- e

The Medical Records of my two patients can be seen as we keep them on i-sofi. Also the
original Medical Records can be reviewed if needed.

T have taken over the care of haemophilia patients and with a particular patient the cost

for Il haemophilia treatment from the period of the 1/7/11 10 30/6/13 was 438,500. I

presume that for the nexi few years this cost will be more or less similar depending on the
pumbers of unpredictable biceds my patient could have. &
Severe haemophilia is not a rare condition in comparison 1o PNH patien @ @
Zealand. Patients with mild and moderate haemophilia do need to w

again throughout their life span. However, patients with PNH n be.freated wh

they have a life threatening condition, i.e. when they have severe disease,

i ’ ies i vefe PNH

§f medical care in New Zealand is fair, which T believe
must be treated as patients with severe haemophilia

Kind regards @
Yours sincerely

Dr Hilda Mangos. MBC RCP
Consultant Haematologi

Dunedin Hospital

Dunedin ,\\ §>§




To: eculizumabfeedback[eculizumabfeedback@Pharmac.govt.nz];

Flag Status: 0x00000000

Subject: Feedback on eculizumab
From: Hugh Goodman

Sent: Mon 5/27/2013 12:05:40 **

Dear Sue Anne

Thanks for the well-considered documentation around this difficult decision. | would
like to make some general comments, then specifically on "how much is much" and&
finally PHARMAC's apparent passiveness in price negotiations in this.i e@e

1. In general | support the conclusions drawn by CaTSoP, PF HA

staff. | believe that the drug is clearly of major benefittoa s r of pati i

NZ, certainly prolonging life expectancy, improving quality of life a% redu ot

Vote Health expenditure. However, despite this, | agre it.is diffic how, at

the list price, it represents value for money. @

2. The question, therefore, is "how much is ted muiick s rrent
benchmarks, being imatinib (and its kin) for CMLS\and treat f mophilia. The
former set the bar at $60-80k/yr/pt for a lift ransfort t, arguably, one that
had an existing therapy in the form of alleg 3MT, . H [%hilia, although outside

your funding remit, has a wide range of ca (as in severely deficient
135 rophylaxis and this might

double if the joints are bad. Patients wi 31 c ar more than this. One could
argue, therefore, that the current standard for ifes forming therapies is an ongoing
cost of $100-200k/pt/year. ors j Ity and small numbers (which
affects the returns to the SW costs), | believe that a price of
<$300k/pt/year would abl@( case.
3 tial round PHARMAC's apparent approach to the
commercial negoti roce ocumentation implies that you have not entered
negotiations\withvthevsupplier. | very well that the actual price, via "confidential
rebates” g ef 'big ticket' drugs is far below the list price and although | have
; o ious dislike of this lack of transparency it does give

placed’e O

sup € ing” the price down substantially. To put this more simply, "have
g @ upplier on price and if not, why not?".

% be brought down to perhaps $300k/year/pt | would endorse its listing

If th c
gi\‘%& re probably only ~10pts that really need it.
r S

Hugh Goodman



Dr Hugh Goodman

Haematologist | Waikato Hospital |

recipient:

1. do not copy, disclose or use the contents in any way.

2. please let me know by retum esnail immediately and then destioy {) !

Waikato DHB is not responsibie for any changes made to this m - any aflaciimen gr sending by Wakalo
DHB. Before opening or using attachments, check them for # efls. Wa 1akes no responsibility for

affected attachments.
The Waikato DHB website 1s www.waMtodwbhealu@ @



To: eculizumabfeedback[eculizumabfeedback@Pharmac.govt.nz];

Flag Status: 0x00000000

Subject: eculizumab feedback
From: Paul Baines

Sent: Thur 5/23/2013 1:50:54 ..

Northland DHB have considered the ‘Proposal to decline a funding application for
eculizumab’, and based on the analysis as presented within the proposal, Northland

DHB support the decision to decline funding (f;
Regards g@

Paul Baines

Primary Care Portfolio Manager @ E% :
Northland DHB @@ @




Cantekbury o 08387 31 MAY 203

27 May 2013 ] '
Ms Sue Anne iYee District Hea]th Board
Therapeutic Group Manager - e B A
PHARMAG | e Poari Hauoia © Waitaha
P O Box 10 254 ;

WELLINGTON 6143
Dear Sue Ann !
Re: Pharmac Proposal to decline a funding aﬁplication for eculiiumab

| was sorty tojeam that Pharmac propose to dechne funding for ecuhzumab for any patient
with paroxysmal haemoglobinuria.

»

| am responsible for the care of one of the very small number of patients with se
New Zealand. Therefore | must, as this patient's doctor and also in the role o
point out that Eculizumab would be a highly effectwe treatment for-

My patient is in -mld

complications of PNH will occur and |

Cn the other hand we know that Eculizumab is a htghly eff
severe PNH. in particular eculizumab

- causes a marked reduction in red blood ce

- markedly reduces the requirement for

cases removes this requirement com pl 1

- markedly reduces the depletion of r

free haemoglobin in the circulafic

associated with PNH improves

and in many

the presence of
“the severe fatigue
in, caused by muscie

ge the UK have shown the survival of an
| PNH patients is now equivalent to age and sex
0 gest a projongation of survival in excess ot

fistear tients suffering from a progressive, debilitating disease,
them to return to having full and.active lives, with the
r survival.

ovefwhigiming evidenceof the effectiveness of eculizumiab in the treatment of
: a

+ « - P

ely’expensive, that | know. Part of the problem is the cost being asked
part of the problem is that we (Pharmac) have lots of other things to
on. Please consider reoommencmg discussions with Alexion

gith thbs highly effective drug. i

Gy '
Electronically checked and signed by:
Peter Ganly :

CONSULTANT HAEMATOLOGIST - i-
Department of Haematology

HAEMATOLOGISTS Dr A Butler, Or P Ganly, Or S (:tbbons Dr S MacPherson, Dr M Smith, DrR L
Spearing 1



From: Roth Spearing

Sent: Sunday, 28 July 2013 5:04 p.m.
To: eculizumabfeedback
Subject: Submission on the use of eclizumab in PNH patients

Thank you for the chance to comment on this subject.

| recognise that this is a very expensive drug because of the very small potential market and the high costs ther
have been in developing it. However within this is a group of patients there are those who liave very sever se
and are likely to die as a result. My understanding is that there have been 2 deaths in th

This approach does carry the risk that the first episode of thrombosis
severely affected patients to be treated.

ce of dying from their
ion on treatment of alcohol
nts with very severe disease

Not to allow treatment to the most severely affected patient
condition is morally unacceptable. In a country where a sin
related harm, it is inappropriate to withhold treatment
who have a significant chance of dying from it.

Having seen first hand the dramatic improvement in ife ent with the use of the drug {(given on
a compassionate basis) | would urge Pharm consider i h regard to this drug.

Yours sincerely

' -
&
i COpEas @

<

@V
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% and attachments have been scanned for content and viruses and is believed to be clean This email
achuients may contain confidential or legally privileged information intended for the sole use of the
addressee(s). Any use, redistribution, disclosure, or reproduction of this message, except as intended, is
prohibited. If you received this email in error, please notify the sender and remove all copies of the
message, including any attachments. Any views or opinions expressed in this email (unless otherwise

stated) may not represent those of Canterbury District Health Board
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From:

Sent: Wednesday, 31 July 2013 12:33 p.m.

To: OPP Review

Subject: FW: Submission to PHARMAC's Proposal to decline a funding application for
Saliris (eculizumab)

Email: o harmac.govt.nz

To Whom it May Concern;



I support PNH patients in New Zealand in their fight to gain access to the life-saving treatment Soliris.
I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.

I support the PNH Support Association's proposition for Equity and Fairness which states:
i PHARMAC must return to the negotiating table with the supplier of the Sohlris treatment
ii. PHARMAC must negotiate in good faith toward funding Soliris for a minimum of 8 NZ PNH patients

iii. PHARMAC must establish fair assessment criteria, based on expert advice from the international
haematological community. to assess patient need for the Soliris treatment

iv. PHARMAC must amend its Operating Policies and Procedures to acknowledge the right of rare
disease patients to access life restoring and life-saving treatments as in the specific @of the 502&

S @

{please include your optional personal statements here)My Sister needs ro hm’e&ce of litiyg badkn New
Zealand and have the support of her familv

— Sk
S
V®

<
C's % to decline a funding application for Soliris (eculizumab)
AC. gOVE,

has recently offered me treatment with Soliris due to
1€ CONURWING seriousness orf my conaiuon. But should Soliris continue not to be funded in New
Lisd?my New Zealand-born partner and any future children we may have, will effectively be
exiled from our homeland, as once | embark on the drug treatment, | must remain on it or face life
threatening consequences.

| will therefore be forced to choose my physical health over my emotional health which would
derive from being able to return to New Zealand to live, and be surrounded by family, in the
country in which | grew up and spent much of my adult life.

2



This is an unacceptable position in which to be placed. | have delayed starting treatment with
Soliris (possibly to my detriment) because | am waiting for the outcome of the current PHARMAC
consultation regarding this issue. If Soliris is not funded in New Zealand, this will affect whether |
commence this treatment which | anticipate will provide me with an increased quality of life and
also an increased life expectancy.

Most importantly | am of course aware that Soliris is not currently funded in New Zealand. As | am
sure you will be aware, once treatment with Soliris is commenced, it cannot be stopped without
elevating the inherent risks of PNH including the increased risk of thrombosis.

3




Therefore the fact that Soliris treatment is not funded in New Zealand is perhaps the most
significant factor in my decision whether to commence this recommended treatment. | always
intended to return to New Zealand to live. Should Soliris continue not to be funded in New
Zealand, | will be prevented from returning to my homeland.

The personal consequences of not being able to live in New Zealand in the future are too
numerous to list here.

birth, so too will he if we wish to be able to reside in the same country. /\{

Additionally, any children | am lucky enough to be able to have (| understa

how stressful it
aving to deal with this
life and also their life

| support PNH patients @la@ ight to gain access to the life-saving treatment
Soliris. %

| DO NOT support P A roposal to decline funding for the Soliris treatment.
| support th %bpo v n's proposition for Equity and Fairness which states:

PHA@@ st refur e negotiating table with the supplier of the Soliris treatment

PHARMAC @otiaﬂa in good faith toward funding Soliris for a minimum of 8 NZ PNH

patients
PHARMA Q: : ust establish fair assessment criteria, based on expert advice from the
! al haematological community, to assess patient need for the Soliris treatment

PHARMAC must amend its Operating Policies and Procedures to acknowledge the right of
rare disease patients to access life restoring and life-saving treatments as in the specific example
of the Soliris treatment



| would be happy to provide further information should this be required.

Yours faithfully

This e-mail may contain confidential and/or privileged information. If yo@ gﬁ}dem (or
nd d

intende
have received this e-mail in error) please notify the sender immediately-2 ail. Any

this
unauthorised copying, disclosure or distribution of the material in this€5mail is pro




From: Michael Newe!

Sent: Monday, 29 July 2013 9:39 p.m.
To: OPP Review
Subject: Submission in response to PHARMAC's consultation on Decision Criteria.

To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life-saving treatment Soliris.

I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.

I support the PNH Support Association's proposition for Equity and Fairness whic -

i. PHARMAC must retarn to the negotiating table with the supplier of the Soli

ii. PHARMAC must negotiate in good faith toward funding Soliris for a mini PNH 31/5
iii. PHARMAC must establish fair assessment criteria, based on expert ad the internatio

haematological community, to assess patient need for the Soliris treatment
iv. PHARMAC must amend its Operating Policies and Procedures t a@) ledge th
patients to access life restoring and life-saving treatments as in the speeific e of iris treatment

Yours faithfully,



From: Renee Manella

Sent: Wednesday, 17 July 2013 4:06 p.m.

To: OPP Review

Subject: Submission in response to PHARMAC's consultation on Decision Critera.

To Whom it May Concern;
| support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.

I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.

| support the PNH Support Association's proposition for Equity and Fairness which sta

is treatme
un<‘ PNH patients
international
%ge the right of rare disease

ample of the Soliris treatment

i. PHARMAC must return to the negotiating table with the supplier

ii. PHARMAC must negotiate in good faith toward funding Soliri

iii. PHARMAC must establish fair assessment criteria, base
haematological community, to assess patient need for the Soliri

iv. PHARMAC must amend its Operating Policies
patients to access life restoring and life saving tr@
| personally find it disgraceful that we are not am th ions liris available to people suffering
a final

from PNH, and find it abhorrent that the excuse pro . It makes a bleak statement about our
country and its future if we lack the human assion to fi a@ ntial treatment.

Yours faithfully @
Renee Manella % g%@
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From: John Forman

Sent: Tuesday, 6 August 2013 11:42 a.m.

To: Sue Anne Yee

Subject: FW: Submission on your proposal to decline a funding application for eculizumab
Hi Sue Ann,

A slight amendment in this copy, changes one sentence and adds a reference to the economic evaluation
in Appendix 2, as follows.

| have changed the text and highlighted in yellow on the last page.
This is a significant underestimation of survival gain in comparison with the s
UK experience, which shows normalised mortality for patients receiving ec

Term Treatment with Eculizumab In Paroxysmal Nocturnal Hemoglobinudas
Improved Survival. Blood 117[25], 6786-6792. 2011).

Regards, john

John Forman

Executive Director, NZORD

New Zealand Organisation for Rare Disorders %

(YY}

Website: www.nzora.org.nz
From: John Forman ' @
Sent: Tuesday, 6 August 2013 1 )

To: ‘eculizumabfeedback@phatmat:
cc.

Subjeci: Submission o r]{gpoél to% funding application for eculizumab
Introduction: @ V

This submis i the isation for Rare Disorders (NZORD). We are a charitable trust set up
in 2000 to-improye info j pport, clinical care, treatment and research for rare disorders. We work
A S

zI

closel 0 rare disease support groups, and 60 larger groups advocating for those
with con

Thank you fo ion of time (conveyed to us in an email from Dr Sue Anne Yee on 5 June

2013) giv ORD to prepare this submission on your proposal to decline a funding application for

As @ : en requesting the time extension, NZORD held a one-day seminar on Thursday 1 August
with aange of speakers covering academic and professional experience, patient advocacy, basic science

research, media and industry representatives, plus a political panel. Attendance, though varying at different
times of the day, was an average of about 65 to 70 people present for all sessions.

This submission reflects presentations and discussions at the seminar, as well as many themes which
have emerged from discussions and networking NZORD has done with a variety of patient advocacy
groups and other stakeholders (including professional groups, industry, regulators, and payers, both
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nationally and internationally) over many years relating to development, registration and funding of
medicines, and specialised medicines in particular. It is also informed by discussions at several of
Pharmac's recent forums on its decision criteria consultation, and advice received from other professional
advisors.

We ask Pharmac to consider this submission in the context of a previous request we sent to Pharmac on
29 July 2013, asking Pharmac to withdraw this consultation because of errors and misleading information
contained in it. That request should also be considered a submission from NZORD to you on this
consultation, and is attached as Appendix 1.

Given your concurrent consultation on your decision criteria, you should also consider this submission to
be relevant to and forming a submission on that consultation as well, even though we are likely to submit
further on that particular consultation closer to the close of those submissions.

Summary of submission: &

¢ The consultation document contains several significant errors and has of| ing information
in it. Pharmac should withdraw the document, alert all stakeholders, arid,| \‘ n I ion/of
this.

e |n deciding on this matter and any other decisions, Pharmac mu nsistently with the human
rights framework that exists in New Zealand, including acting equi ratin
community values to give practical effect to the right to life i re is no

e Pharmac must also comply with the principles of NZ's
context this means when acting as an agent of the PHB hasis of the purposes

ut access to specialised

document does not address any of these i ' j $ how the proposal addresses
these objectives and requirements.

e The role of ethics in decisions is an im
years, and not addressed at all in this co io
health requires that these issue
widely accepted role of ethics i

» Consumer engagement ha

particular decision, and |

expected across all ar

There are several

te and proper decision-making in
ed in a way that is consistent with the

rtaken by Pharmac in respect of this
mer engagement falls far short of a standard

ic evaluation done by Pharmac on eculizumab, and
i dequately address several important decision criteria
procedures. Pharmac itself also fails to address several of

rmac must take into account as an “other criteria” for this consultation, and for all decisions,
maximum of available resources (see Article 2 of the International Covenant of Economic,

This means:
¢ Pharmac should prefer an interpretation of the New Zealand Public Health and Disability Act 2000
(NZPHD), which includes Pharmac preferring an interpretation of its objectives and functions in
section 47 and 48 of the NZPHD Act, that is consistent with the rights and freedoms contained in
the New Zealand Bill of Rights Act 1990 (NZBoRA) over any other any other interpretation of the
2



NZPHD (see section 6 of the NZBoRA).

Even if the legislative framework is considered by Pharmac to reflect these rights, Pharmac must

also take these rights into account when making decisions.

e}

O

This means Pharmac must take into account the following rights when making this decision:

The inherent dignity of the human person.

“[TIhe right of everyone to the highest attainable standard of physical and mental health”
(see ICESCR, including Article 12.1)

The rights and freedoms in the NZBoRA, including:

= the right not to be deprived of life, except on such grounds as established
and are consistent with the principles of fundamental justice
of Rights Act and Article 6 of the International Covenant o

(ICCPR)). This right favours funding life-saving medici

= the right not to be subjected to torture or to cruel, in ately
severe treatment of punishment. In particular, P rmga%%aould that.for patients
declined treatment when a treatment is avail in-most other parable countries
these patients consider this is cruel treat

= the right to freedom from discrimination
(including physical illness). In particwar , -
indirectly discriminated against on of\disability. It is known that
therapies specifically targeted foc'w is f
statistically robust efficacy d
rationing decisions there wi-ltt\a

PNH patients, who suﬁw
The human right of everyongto theenjoy

and mental health (see UN

ecognised by Pharmac in its
ral discr on against those patients, like

ighest attainable standard of physical
the Right to Health).

The right of each p g in\the benefits of scientific progress (see Article 15 of the

Universal Declaration
The right o r a
, and the right to security in the event of sickness,

r lack offivelihpod in circumstances beyond a patient’s control (see Article

D claratio\n\o Human Rights).
MW Zealand and Pharmac as a public body to protect its

f living adequate for the health and well-being, medical

jrd Article of the Treaty of Waitangi the Queen extended her “royal protection
d imparts to them all the Rights and Privileges of British Subjects”.

context as the “rule of rescue”). It is noted that the Ombudsman in his recent opinion
stated this principle has obvious relevance where there is no known alternative
method of treatment (see Ombudsman’s opinion).

\%e duty of the state not to abandon its citizens (often referred to in the health

o ealise these rights, steps must be taken by Pharmac to, within the maximum of available
resources, assure all medical service and medical attention in the event of sickness (see Article
12.2 of the ICESCR).

e Pharmac must act equitably. Equity requires that like cases be treated in a like manner, but also
that exceptions be treated in an unlike manner. Rigid application of policy results in inequitable
outcomes. As Pharmac knows that an overriding cost utility approach puts highly-specialised
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treatments at a significant disadvantage, it is inequitable for those patients not to consider the
broader considerations which are relevant in those exceptional cases.

e Community values (such as the rule of rescue) support that New Zealand is prepared to pay more
for specialised medicines for small patient populations than for medicines for the general
population.

2 — Pharmac should comply with the basic principles of New Zealand’s legal and constitutional
system.

This requires Pharmac to exercise its public authority legally, reasonably, and honestly. (See, for example,
Chapter 3 of the Legislation Advisory Committee Guidelines).

The interpretation of Pharmac’s statutory objectives and functions (see ss 47 and 48 of the NZPHD Ac
must take into account the rights expressed above and also the purpose of the NZP
purpose includes, to the extent that is reasonably achievable within the funding pro

and participation in society and independence of people with disabilities, and th
those in need of services (see section 3 of the NZPHD Act 2000). The pur|
providing funding.

As Pharmac makes purchasing decisions on behalf of DHBs, Phar, /\m st also t ccount in
relation to this decision, which is effectively made as a purchasi ent ofa DHB:

e The statutory objectives of DHBs, which include (s i of Act):

o Toimprove, promote, and protect the h ople;

o To reduce health disparities by imprqvi outco orMaori and other population
groups (such as PNH patients)

o To exhibit a sense of social responsibility-by havi ard to the interests of the people to

who it provides, or for whom it arl the , services
o To uphold the ethical and gquatity standar y expected of providers or services and

of public sector organisa .@
e the MOU between Pharmat.and DHBs. n clause 3 of the MOU Pharmac agreed that
“Equity of access, red ; itie% preving health outcomes for individuals and
communities will guide lations decision making”. “Reducing inequalities” requires
more than making i hi he “greatest good for the greatest number”. Reducing
health dispariti iting a Qs% cial responsibility, and upholding the ethical standards

ctor organi means like cases should be treated alike but different

cases shoul ed differently.
e The h Straf NZ Medicine Strategy, among many high level policy guidance

t derived from the Act, which provide detailed commentary on aims,
action points to guide decisions by DHBs, and Pharmac specifically in the
ci ategy.

o Gover % /11 Letter of Expectations to Pharmac which expected that Pharmac would
res specific expectations and areas of focus including “Achieving better access to

i »which will include continuing to work with [the Minister] and key stakeholders around

ing access to high cost, highly specialised medicines”.

® sion criteria issued as guidance for the health sector by the National Health Committee (NHC)
in 2003, and recently updated by the new NHC, and other decision criteria published by the Ministry
of Health (e.g. for the high-cost treatment pool), all of which consistently place “soft” criteria of
fairness, equity and community values alongside the “hard” criteria of efficacy, cost-effectiveness
and budget management, to achieve a balanced set of decision criteria.



NZORD submits that the eculizumab consultation document fails to adequately comply with these legal
and constitutional matters, especially by its failure to address in the document, the variety of other matters
that should be considered.

3 — The role of ethics in decision making by Pharmac.

We submit that in order for Pharmac to fulfil its obligations under the human rights approach and to meet
its legislative mandate within the principles of New Zealand’s legal and constitutional system, it must give
specific consideration to moral factors of fairness, equity and community values in this and in all decisions.

In a practical sense, as applied ethics, this becomes the way in which the rest of our health system
addresses the right to health and the right to life. We submit that Pharmac has the same duties in this
regard as the rest of our health system, and does not have a discretion whether or not to factor such
matters into its decisions. In other words, these matters are mandatory considerations for Pharmac un
“other criteria” and not discretionary considerations.

and community values as moral factors that help give effect to the human rig

In support of this part of our submission we refer to these additional points abou fair@ui
ion, and
legislative and constitutional principles:

A — How Pharmac has itself has addressed these matters:
¢ Detailed discussion in Pharmac’s 2003 policy document

Analysis (PFPA) v1.1 2003 pp 9 and 10, and elsewheré€ {
limitations of cost-utility analysis and the need to consi

ion acoeconomic
t{:@fcn{e , Which address the
i ing equity.
ther than a brief statement

e The 2007 version of PFPA which removed aIm@d
ccount during the

that such matters as equity, acceptability an
prioritisation and decision-making process:

e The 2012 version of PFPA which retainsj bri%@hat “Other inputs to health
decisions, such as equity and so tice, ca ered under Pharmac’s other decision
criteria.”

o Commentary in respons iSsion @iew of the exceptional circumstances scheme
which resulted in the nt y \ceu ical Assessment scheme (NPPA) 2011, and in
response to the Ombudsm '} enqg to.a complaint from ms Freda Evans, where Pharmac
makes it clear it s e for's ference to moral factors such as fairness, equity and

community val i iteri

cisi%&
¢ Direct discussi several occasions in recent years between Pharmac and NZORD where

ave s etimes forcefully, that moral factors have no place in their
ses.

=)

his opinion of May 2013, stating there is a contestable legal argument about
ation to consider such matters. He added that even if Pharmac'’s suggestion is
cor t the values are reflected in the legislative framework, needing Pharmac only to act
in that, this does not mean Pharmac is precluded for considering them. The

sman also (as mentioned above) stated that the principle of the state not to abandon its
@ has obvious relevance where there is no known alternative method of treatment.

o ommentary at the NZORD seminar on 1 August from Andrew Moore, one of NZ's most
experienced philosophers in the area of health rationing, that Pharmac’s insistence that its
objective to achieve the “best health outcomes that are reasonably achievable.....” translates into
an imperative to maximise health gains across the whole population, is in itself based on an ethical
view that is contested and controversial. In other words, Pharmac is using its preferred ethical



argument as an interpretation of its statutory objective, and to argue against any further
consideration of ethical arguments.

NZORD considers that Pharmac has failed in its duty to maintain consistency with the rest of the health
sector in its approach to these moral considerations, and in doing so has embarked on a deliberate
process of marginalising such considerations from its own decision making, without any transparency
about what it has been doing, nor open disclosure to stakeholders or the community (nor, we suspect, to
Parliament or Ministers) about its aims or the direction of this policy shift.

In respect of the human rights dimension, legal and constitutional matters, and the place of ethics in
decision making in health, we submit that Pharmac has a responsibility to remedy this situation and not
proceed with reaching a decision on this particular consultation without first reporting on these matters to
the Minister, as matters of high policy needing to be addressed by government and/or Parliament.

4 — Consumer engagement.

NZORD holds the view that as the most affected and most important stakeholders\

(as their health and quality of life is critically at stake in such decisions), patie \/

poorly involved in any aspect of this particular funding decision to date. Wi 1sid is po

engagement is reflected in other very poor levels of patient/consumer engag by Pharm cross all
of its work generally.

Most of what you do deals with health professionals and industry- Advist committee that
advises you primarily on how to engage better with consumers; ' )
patents/consumers with a direct interest in particular healt i any-planned or systematic
opportunities to ensure their interests and concerns are nsidered by you when
crucial decisions are made.

By contrast, a wide range of public bodies includi
continually engage with groups and communiti€s.th ir decisions, and in line with their
consultation obligations, ensure there are speci al engagement when important

decisions are looming. This includes allo em } : put into decisions through formal
consideration of issues they submit.
lia

Similarly, in other jurisdictions suc

there is specific engagement i
PTAC or its equivalent. We su
in the case of this particuldr.grug; ac

more in our submissiopto sul%D
5 — Your economic of eculizumab.

Appendix 2 W (be M, the analysis performed on eculizumab by Pharmac and
th
i nsi

significant responsibility to

riorto or in parallel to the technical evaluation by
consultation processes are seriously deficient not only
ur work in medicines generally. We will discuss this
cision criteria.

questions cts lysis, decision criteria considered, and reporting of the analysis. We
dered alongside other aspects of this submission which question the
f ki

believ c s fé?\l%z
validi rac a{ ?f\ s of the information provided. In our view the information in the appendix
strength our Q}

ubmission to be withdrawn because of errors and misleading information in it.

6 — Others of'relevance.
Here
chall
bala

of the themes discussed among rare disease patient groups and other stakeholders, which
proach usually taken by Pharmac. We see these are providing for a broader and more

approach to medicine decisions, and in a way that is more consistent with the decision criteria of
other parts of our health system, and with the right to health that applies to all New Zealanders.

e Pharmac has a tendency to emphasise the “tough decision” approach that some will be funded and
others not. That is too simplistic and can also be unfair. There are very good reasons to adopt an
equitable approach that spreads medicine funding across as many areas of health need as
possible. For example if there are 15 new medicines waiting for funding but only enough money to
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fund 10, why not fund all 15 at a level that provides for about 70% of the need for each of the 15
diseases (with some restrictions as to eligibility within each disease category to manage this),
rather than having a winners and losers approach that leaves 5 of the diseases out altogether.

¢ Many groups of patients suffer from very real disadvantage because their condition is very rare, and
when treatments become available for them they are doubly affected by 1) the higher cost of new
treatments, and 2) the higher cost of a very small “market” for that medicine. There should be some
extra consideration given for diseases in this situation so that rare disease patients do not suffer
compounded disadvantage. One size does not fit all.

¢ |deally there should be an additional layer of decision-making for very rare diseases that do not fit
standard cost-effectiveness thresholds for large populations. That additional layer exists in
Australia, Scotland and other countries, because they have decided that is a fair way to deal with
the disadvantage rare disease faces. NZ should also have weighting built into decision criteria
counter the disadvantage of rarity. &

o Pharmac regularly talk about their decision criteria being applied “consis
applications are evaluated against the same criteria. Pharmac’s assupipij

produce fair or equitable outcomes for people in a wide variety o
different according to the wide variety of health conditions, ane
in about a

strongly associated with calculation of Qu Adj ears, and opportunity costs, is too
narrow a view of what is “best”, especi Phar; calg lations do not take into account
0 Cl i Mivis
0N

non-health-sector costs. The decision cri

are important to patients, so that cisions aré ade irva patient-centred way.
ou hat are “reasonably achievable”. We believe

nd budget management, to the exclusion of
cesses, and outcomes that effectively
ses, is not a reasonable outcome by any measure.

uld lead to fairer allocation of funding for all rare diseases
H would not be arbitrarily abandoned by our health system,

From: John Forman [
Sent: Monday, 29 Juiy 2013 9:55 a.m.

To: Steffan Crausaz

Cc: Stuart MclLauchlan; Sue Anne Yee; eculizumabfeedback

Subject: Your urgent attention required - Your consultation on a proposal to decline a funding application for

7



eculizumab
Importance: High

The Chief Executive
Pharmac

Copies to Chair of the Pharmac board and the Eculizumab consultation team
Dear Steffan,

Your urgent attention required - Your consultation on a proposal to decline a funding application
for eculizumab

You will be aware of issues NZORD has commented on publicly in a recent press release about errors,and
misleading information in the consultation document you sent out on 21 May 2013.
on commenting on these matters in our submission on the consultation document.
so fundamental that NZORD has decided to formally draw these matters to yo

separate email.

Pharmac needs to ensure that people you consult with are adequately in@&:
revised information needs to be made available to submitters to ens is is

achieve this by withdrawing the consultation document, reissuing i ending t
You could post this letter on your website to explain the extend It perio
also draw the revised information to the attention of all of thos yo

consultation document.

As you will know, one of the leading court cases on co @ln Z nd is Wellington International
Airport v Air New Zealand. That case set out useful ont ds for adequate consultation

in New Zealand. One of the statements was:

N

Implicit in the concept [of consultation] is a requirement-that the party consulted will be (or will be made)
adequately informed so as to be able’te-make intellig @ 1d\uséful responses. it is also implicit that the
party obliged to consult, while quite.entitlea e-q'working plan already in mind, must keep its mind
open and be ready to change NSt

NZORD considers Pharmac n hdamental errors in its consultation paper and provide

additional information on t< in other jurisdictions.

The first error is stati li
PTAC committee an{5 i

document exaggerate

y W The estimate of 13 patients is validated by a pro-rata
population-b s ent.of actually treated in Australia, again concluding 13 patients in New
Zealand.

The s % ice of eculizumab at “more than $600,000 per patient per year” when it is
known é@ to NZORD that a confidential offer has been made for a discounted price to
treat Ne al i . Though NZORD does not know the detail of this offer, it is clear that the cost is
exaggerated i ument.

The com ion of these two figures produces a cost of “approximately $12,000,000 (20 patients) per

year” if ecu iz%nab was funded. This cost estimate is a misleading statement. The calculation provides a
the freatment of patients that we understand overstates the costs (if you decided to fund

py more than 100%.

Further we consider the statements from PTAC minutes regarding funding in Canada and Scotland are
referred to in a misleading manner. Pharmac has relied upon the minutes for advice regarding eculizumab
and has drawn the minutes to the attention of submitters via a prominent link on the website page about
the consultation. See http://www.pharmac.health.nz/news/item/proposal-to-decline-a-funding-application-
for-eculizumab (accessed online 22 May 2012 and again 29 July 2013).
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The PTAC minutes of August 2012 at para 3.11 discuss the drug’s high cost and poor cost-effectiveness:
“The Subcommittee noted that this is the reason why the Canadian Agency for Drugs and Technologies in
Health (CADTH) and Scottish Medicines Consortium did not recommend it for use within their jurisdictions.”
Pharmac refers to the PTAC recommendations about cost and cost-effectiveness as part of its own
reasoning in the consultation document. However neither PTAC, in those or their subsequent March 2013
minutes, nor Pharmac in their consultation document, make note of the fact that subsequent decisions in
Canada have seen the drug funded in most parts of that country. There is also no reference to the Scottish
government taking steps to set up a special fund for orphan drugs for rare diseases, in part because of the
equity issues raised by the recommendations not to fund eculizumab, and have commenced funding
patients there.

In failing to present the other side of the story about the position in Canada and Scotland, Pharmac will
have misled many submitters as to funding decisions made in other jurisdictions.

NZORD considers these errors and misleading statements result in the consultati r.not suitably
informing submitters. The errors seriously prejudice the interests of the patients eking treatmen
with eculizumab and will have mislead potential submitters who might have r on the tion
Pharmac has provided when forming their views and making a decision cg& rt provi
submission.

We believe Pharmac has a duty to correct the information and sta onsultation.a

Please advise us as soon as possible what you intend to do te/i résponse to ‘1 est. We are happy

to discuss this with you further if that would assist.

Please note this email only focuses on those matters éggn attention to ensure
Pharmac's consultation process is valid. This email ORD’s views on the
consultation document. We consider other factor o rele r'decision (such as the right each
patient has to health, and other community valdeg). te fuller submission (on a revised

consultation document) in due course.
Yours sincerely, @
o @ @

John Forman
Executive Director, NZORD §§
Appendix 2 ; ; %

and the repoti pared by Alison Davies, Health economist.

e this Decision

| note that™advi eceived from PTAC and the Haematology SC — this was used to provide advice and
Pharmac al a '%e the reasons why they propose to decline funding.
According e Minutes, PTAC considered the following factors relevant in giving a recommendation to

rele erefore they did not consider Maori/Pacific (2), cost to patient (7) or government health

prioriti —or other (9). Cost to Health Service Users would appear to be particularly important (given
the cost of this treatment) but was not considered relevant to the decision — this appears to be a flaw in
decision making process as perhaps the most important criterion was not included i.e. that patients cannot
afford this medication. Arguably under Criterion 9, other issues (see below) should have been included.

decli @ riteria i.e. 1, 3, 4, 5 and 6 — they did not consider the following criteria 2, 7, 8 and 9
es—f;)



According to the Minutes of the Haematology SC, they considered only 4 criteria relevant to their
recommendation (1,3,4,6). This means they did not consider 2,5,7,8,0r 9 relevant. Looking at these
individual criteria, they did not consider Maori/Pacific (2), Cost-Effectiveness (5), cost to patient (7),
Government Priorities for Health Funding (8) or Other (9). | would think that Decision Criteria 5, 7, 8 and 9
are relevant to the decision and it is a defect in the decision making process that they were apparently not
taken into account or considered relevant.

Pharmac’s expert advice therefore does not include advice on what appear to be particularly relevant
criteria to the decision. Criterion 7 would appear to be particularly relevant to this decision as the cost of
this medication to patients is prohibitive and beyond the scope of almost all NZers because of its high cost,
this should have been considered. Given that the proposal to decline funding effectively deprives the
patients concerned of their right to life, then the consequences of not funding and specifically the ethical
and legal implications (e.g. under Human Rights obligations) of this need to be taken into account as other
factors in the decision. These are not within the decision criteria that Pharmac ordinarily considers an
therefore should have been consulted on. &

Economic Evaluation

I note that the economic evaluation (TAR 209) is dated May 2013 — therefor ila

PTAC (or the Haematology SC) when they gave Pharmac advice (Feb 2012, d
March 2013). Therefore, this begs the question how Cost Effectiveness y

PTAC? There does not appear to be any evidence that the cost utili alys y Pharmac (TAR
209) was considered by the expert advisers (either PTAC or the E@-here is NG ieitdiscussion in
the minutes about the analysis and no peer review of it by the r \

@kmi Q
The report %
The CUA is presented in TAR 209. Comments on thi : &

¢ The scope of the analysis is “preliminary”
undertaken in 1-2 weeks. According t
data. Rapid systematic review of eviden
with a rapid CUA (due to diseas

internally. FTE required 2-4
flicient detail\to.assess how the analysis was actually carried out —
g inputs or even outputs of the analysis. Based on
i 4 weeks would have been spent writing up the report

is is examined in more detail (or at least as much detail as
states It is important that CUAs are transparent so that

ive care. For example, there is no detail on resources used and unit

. The costs associated with best supportive care appear to be dismissed

son with drug cost) and therefore not relevant. The report states that Alexion
utility analysis (Page 4) yet the report also states that the company's cost

e As for the cost of the eculizumab, the cost has been calculated at $685,000 in the 1% year and
$670,000 per year thereafter. The duration of treatment is said to be “whilst they receive benefit
from the treatment”. However it has been assumed that there is 100% adherence and all patients
therefore receive the maximum duration of 25 years. This could clearly serve to overestimate the
cost of treatment.
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e ltis not clear whether discounts (if any) offered by the company have been taken into account in
calculating the cost of treatment. PFPA states that “For pharmaceuticals listed on the
Pharmaceutical Schedule, the price of the pharmaceutical should include any rebate that has been
negotiated with the Supplier. The analysis should state whether the price is confidential.”

¢ There is no adjustment in price for patent expiry. PFPA states “When calculating pharmaceutical
costs, consideration should also be given to the length of the pharmaceutical patent and time until a
generic pharmaceutical is likely to become available. It is recommended that in cases where the
patent expiry is within 10 years from expected date of pharmaceutical funding, the expected time
and price reduction from a likely generic pharmaceutical should be included in the analysis. If the
patent expiry is after 10 years from expected date of funding, a conservative proxy should be used
for the estimated time until the introduction of a generic pharmaceutical and subsequent price
reduction (e.g. 25 years until expiry and 70% price reduction with introduction of generic).”

Hemoglobinuria: Sustained Efficacy and Improved Survival. Blood
addition, the mean utility over 20 years with BSC is 0.535 —estima
clinical opinion has not been specified, also how one utility

and superficial estimate for disutility which may not be €eas
peer review and no attempt to reconcile these valugs with atureor weights used in other
analyses.

e The resuits (Section 4.5) present an ICUR
each of the alternatives. PFPA sets out réqui g that have clearly not been met
(See Table 12, Page 54).

e The results report that “this is bas€d-on i f 9.2 QALYs with incremental costs of
$11.4m over a lifetime. Calcula : e-for the incremental ratio — should resuit in
$1.2m per QALY or 0.8 QALYs-per$im | od \The range given in the resulits therefore

$1 :; ‘ 2.4m per incremental QALY and 0.4 to 0.9 QALYs

ars superficial and poorly reported. Although it might be
€ much difference to the overall conclusion, the importance
e’been atta o cost-effectiveness as one of the key Decision Criteria in

: and the consequences of the decision to patients would appear to
€ rigoro ach.

N

Aliso%\
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From: Abraham Batlajeri_

Sent: Sunday, 2 June 2013 7:01 p.m.
To: eculizumabfeedback

To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life saving treatment
Soliris.

I DO NOT support PHARMAC's proposal to decline funding for the Soliri

I support the PNH Support Association's proposition for Equity and g i

tment.
i. PHARMAC must return to the negotiating table with the suppliér e So§'s tt
N

ii. PHARMAC must negotiate in good faith toward fundi ifis-for ami of 8§ NZ
PNH patients @ @
iii. PHARMAC must establish fair assessment critéria, based o@vice from the

‘ the Soliris treatment

international haematological community, to asses
iv. PHARMAC must amend its Operating@ :
rare disease patients to access life restoring SAWIK
of the Soliris treatment <:‘ :>

It is simply unacceptable for @ ie ife saving treatment is being refused to
them!! %

od is to acknowledge the right of

reatments as in the specific example

Abraham Batlajer

Yours faithfully, %



From:
Sent:
To:
Subject:

Dear Pharmac

Tan & Alice Williamson—

Thursday, 20 June 2013 7:40 p.m.
eculizumabfeedback
Proposal to decline funding for Soliris

Please reconsider your proposal to decline this drug, when you know of cases in NZ where it could provide people
with life / hope. The Medical professions job is to save lifes. As you are part of this profession you are acting in direct
contradiction to this ethical requirement.

&
&
LK

Fund the medication. Do the right thing. @ @
Alice Williamson, Longbum, Manawatu @

©§> Ay,



From: Alison elizabeth Danks

Sent: Monday, 29 July 2013 8:10 a.m.
To: eculizumabfeedback

Subject: Soliris

Please allow the use of this important drug to help sufferers lead a better quality of life.

Thanks
Alison
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......
ESREZ



Submission Regarding the Decision by PHARMAC

to Decline Funding for the Drug Eculizumab (Soliris)

B s our amazing cousin. We say amazing because not only is she an
awesome person, but we absolutely admire the way she lives her life despite living with
PNH.

She just gets on as best she can - because she has no choice. UnI;
um

PHARMAC overturn their negative decision to fund the life changiy ab.

Our whole family is understandably very concerned about
copes, we do not know.

O ~
This submission is the only way we can try to help he %se let'i g\ﬂ)} it does not
“fall on deaf ears”. Make it an effective submissior helps eculi ecome part of
normal dispensing for PNH sufferers.

We find it totally incredulous that the only - ca drug is for her to move
to Australia - WHAT?! For PHARMA i Q@ ers away from their own
country and even worse, away from frien i ey need them most, just

doesn’'t make any moral sense tralia be delighted to pick up the
bill? You can be pretty sure t i the gate!).

Thank you for allowing uni ut that this:
CANNOT BE A DECISI ED RMAC’s BOTTOM LINE, IT CAN ONLY BE A

MORAL DECISIO v
Eculizumab '- ehanging drug
7SN
ggesti n%l
g

P

y, or plead, beg, whatever it takes, to central government for
increase _so that PNH patients can live without fear and families can be saved
sadn rt break thatis unquestionably avoidable.

©

it is available for purchase.






From: steve and Allyson Lock ||

Sent: Tuesday, 2 July 2013 10:25 a.m.
To: eculizumabfeedback

Cc: John Key (MIN)

Subject: Funding of eculizumab

Dear Sue Anne Yee

I am writing to you regarding the proposal to decline funding for eculizumab.

Firstly, i note that you ask to “hear views as to whether any decision criteria (o
regularly consider) should be taken into account when deciding this applicati
should be.” This is interesting to me, because | know that PHARMAC hav

consider. Which one have you conveniently not told the uninitiated about?

eei b
so,

h
cri év; they

ient K PNH shows
Id you please

Secondly, “PHARMAC’s cost-utility analysis of the use of eculizu

that eculizumab is not very cost-effective compared with ot @d\?d' opti
describe to me exactly what other funding options there are-foxrP

“PHARMAC's current view is that we cannot justify p Q}ec i &or funding in light of other
funding options for DHBs. By way of example, in finan m €ar, we estimate that $5.5
million was spent on new community medicine i s\ nts w benefitted approximately 19,000
tients 14 onwards would potentially
ains (from other treatments that

invested (although $5.5 million is a scant
ion) in already available medicines? Or was

could be funded instead).” Interesting
amount, approximately $1.25 per pé

talking about supplying a few agol per hospital around the country. After all, providing
headache tablets vs. a meé‘ i meone’s life... well, we really need to look at that
don’t we? Please make.it a@w e funding before you ask people to comment on it.

cation because we understand that certainty is something that

their ould prefer.” Please don’t make it sound as though you are doing
i ilias@ favour by saying this. What they would “prefer” is funding of treatment
much more condescending and patronising could you possibly be?

“If the PHAR makes a decision to decline this funding application, it would mean that
PHARMAC ot progress eculizumab for funding. However, if such a decision was made, it would
not prev ARMAC from reconsidering funding for this treatment in the future if (for instance)

ew evidence became available or if the price reduced substantially.” Let’s investigate this
briefly. PHARMAC have admitted this medication does work, it is the cost that is the reason for
not fuhding. So why don’t you just say “If the price comes down, we may consider it”. That would be the

honest thing to say. We know that PHARMAC puts a price on peoples heads, just be up front about
this. Just say “you are not worth spending that sort of money on”. Simple.

We want to hear from the community on its views about whether it would be appropriate to decline
the funding of eculizumab. | say it is NOT appropriate for PHARMAC to decline funding of eculizumab,

1



because to do so, will be to commit the sufferers of PNH to an early death. Euthanasia is illegal in this
country, and so is murder i believe? What gives PHARMAC the right to remove our right to life? | also
believe this is a Human Rights issue, and I think it is time New Zealanders became more aware of what
PHARMAC is doing to New Zealand citizens.

We are also interested to hear views as to whether any decision criteria (other than the eight we
regularly consider) should be taken into account when deciding this application and, if so, what they
should be.

1. The right to life.
2. The cost of “other funding options” IF, and i repeat, IF, they give the same outcome. It is simply not
good enough to say that “while we won't fund this medicine to save your life, we will fund your
hospitalisation and palliative care until you die”. How is that a good comparison?
3. The burden, physically and mentally to families of NOT treating a patient.

4. The financial cost to families of NOT treating a patient. i.e If the patient is a
and she dies, will the husband have to give up work to take care of the child

behind, who looks after his family thereafter? Welfare? Children growing up i u Dad,
parents losing their children. Husbands losing wives, wives losing ?% things you
should take into account. Not whether or not people fit into yo LY, |

| look forward to hearing from you regarding my views. @ gx
Sincerely @ %
Allyson Lock @ @

President

New Zealand Pompe Network @

AN
Proposal to (@%
%,

application for eculizumab
21 May 2013

fu
PHARM g fvﬁ% proposal to decline the application from Alexion Pharmaceuticals for
ny 2 | ) h

¢ treatment of paroxysmal nocturnal haemoglobinuria.

vant to the proposal can be found in the documents linked below.

decline the funding application is consistent with the clinical advice we have received,
hmended that the application be declined because although it is an effective treatment, it is

PHARMAC’s cost-utility analysis of the use of eculizumab in patients who have PNH shows that
eculizumab is not very cost-effective compared with other funding options. The reason PHARMAC is
proposing to decline funding is because the price requested by the supplier is extreme and, given the
available budget, appears to be out of reach.



There are always more medicine funding applications than the available budget will allow. Even if DHBs
had much more money available, at the current price, eculizumab is not cost-effective and would be likely
to be at the back of the queue of medicines that could be funded.

PHARMAC’s current view is that we cannot justify progressing eculizumab for funding in light of other
funding options for DHBs. By way of example, in the 2011/12 financial year, we estimate that $5.5 million
was spent on new community medicine investments which benefitted approximately 19,000 patients. A
decision to fund eculizumab for 12-20 patients from 2013/14 onwards would potentially mean that 40,000
other patients would be missing out on health gains (from other treatments that could be funded instead).

We recognise that a decline proposal is not what patients with PNH are hoping for, but we are proposing to

decline this funding application because we understand that certainty is something that patients with PNH
and their families would prefer.

What does a proposal to ‘decline’ this funding application mea@ &

PHARMAC has not made a decision about the funding of eculizumab.

Before we do, we are making information available that we have based ti%g) on for pﬁﬁ%
consider and comment on in detail. We want to hear from the commu 'tggon its yiews t whether it
would be appropriate to decline the funding of eculizumab. We are a S0 interested t fews as to
whether any decision criteria (other than the eight we regularly ider) shoul into account when
deciding this application and, if so, what they should be. @

All consultation responses received for this proposal wi

b % ided t MC Board for
consideration when it makes a decision on the funding o 1Zdmal
al

If the PHARMAC Board makes a decision to
PHARMAC would not progress eculizumab for
not prevent PHARMAC from reconsidering fu
new evidence became available or if the{ @ &

Feedback sought

PHARMAC welcomes fes@%i .
relevant to the propos

Written feedb cl@

To provid Ma&g\@?j in writing by Wednesday, 31 July 2013 to:

is fun %, it would mean that
.Ho ch a decision was made, it would

t in the future if (for instance) material
y.

Y MAL
Email:€eculi

Fax: 04460 4995
@' O Box 10 254, Wellington 6143

All feedback received before the closing date will be considered by PHARMAC’s Board prior to making a
decision on this proposal.

Feedback we receive is subject to the Official Information Act 1982 (OIA) and we will consider any request
to have information withheld in accordance with our obligations under the OIA. Anyone providing

3



feedback, whether on their own account or on behalf of an organisation, and whether in a personal or
professional capacity, should be aware that the content of their feedback and their identity may need to be
disclosed in response to an OIA request.

We are not able to treat any part of your feedback as confidential unless you specifically request that we do,
and then only to the extent permissible under the OIA and other relevant laws and requirements. If you
would like us to withhold any commercially sensitive, confidential proprietary, or personal information
included in your submission, please clearly state this in your submission and identify the relevant sections

of your submission that you would like it withheld. PHARMAC will give due consideration to any such
request.

Consultation meetings
In addition to providing feedback in writing, PHARMAC would welcome requests t uss this pr&
face-to-face with any interested parties. Please forward meeting requests to the e§ T ab@



From: Amy Brooke

Sent: Friday, 31 May 2013 3:53 p.m.
To: eculizumabfeedback
Subject: Fund them

Do not decline funding for these people. Barbaric and discriminatory.

Amy Brooke

www. 100days.co.nz

Visit my home-page and children's literature website: www.amybrooke.co.nz
WWwWw.summersounds.co.nz

http://brookeonline.livejournal.com

7100 DAYS

CLAIMING BACK
NEW ZEAIAND

www. 100cavs.co.nz




From: ancrew Farrel

Sent: Friday, 19 July 2013 12:22 p.m.
To: eculizumabfeedback
Subject: Submission to PHARAMC'S proposal to decline a funding application for Soliris

{eculizumab)

Sue Anne Yee
Therapeutic Group Manager
PHARMAC

I DO NOT support Pharmac’s proposed intent to decline treatment for PNH 3@

The figures you supply for the number of affected people and cost are ing@gn completelyinaccurate and

intentionally mislead the public as to possible cost of the treatment. Y ca@ toskew responses in

favour of your proposal. Unethical and disgusting.
phasjs on cost and cost effectiveness

Pharmac should consider the patients rights for healthcare, @ uc

is putting a price tag on the patients life.

| believe your proposal does not @
needing similar treatments dewn t

ty g%ement and will close the doors for many other patients
a

k.
ame(decision % pplied to large groups of affected patients. Patients affected
by rare diseases are sma pnUmber. and are unfairly disadvantaged by the high cost of treatment.
The same rules should not\be applied when'making decisions like this and many overseas countries have already
realised this a cial I%' circumstances.

lam reall appojnte are failing in your duties.
Regards,
Andrew Q

Also it is not fair to us



From: Andrew Wisker

Sent: Sunday, 2 June 2013 8:43 am.
To: eculizumabfeedback

Subject: Soliris treatment

To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris
I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatm:
I support the PNH Support Association's proposition for Equity and Fairness v@ z

i ( ;; >

PHARMAC must return to the negotiating table with the supplr&ge oliris treatment
ii.
PHARMAC must negotiate in good faith toward fundi s for a i of 8§ NZ PNH
patients @
ili. X

advice from the
r'the Soliris treatment

PHARMAC must establish fair assessment cri
PHARMAC must amend its Operating@
disease patients to access life restoring an @ ents as in the specific example of

international haematological community, to
iv
the Soliris treatment

Please help

A Wisker % Q
Sent from my iPad % %



From: Mark & Anna Stewart _

Sent: Friday, 31 May 2013 8:35 p.m.
To: eculizumabfeedback
Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.
1 DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.
1 support the PNH Support Association's proposition for Equity and Fairness which stat @
i. PHARMAC must return to the negotiating table with the supplier of t@ atment v
i pinimunyof 8 N(\\l patients

ii. PHARMAC must negotiate in good faith toward funding Soliris for.a

iii. PHARMAC must establish fair assessment criteria, based on % ice fr rnational
0

haematological community, to assess patient need for the $

en
iv. PHARMAC must amend its Operating Policies an p € the right of rare disease
patients to access life restoring and life saving treat he sp ample of the Soliris treatment

Please act for those who cannot help themselves, throu
where people deliberately, knowingly and recklessly

them.
NZ needs you to listen. We are cou to

Yours faithfully

K




From: pnne Carrol

Sent: Wednesday, 29 May 2013 3:17 a.m.
To: eculizumabfeedback
Subject: pnh - solaris - expression of opinion

To Whom it May Concern,;
I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.

1 DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.

I support the PNH Support Association's proposition for Equity and Faimess which states:
PHARMAC must return to the negotiating table with the supplier of the Soliris treatment

PHARMAC must negotiate in good faith toward funding Soliris for a minimum of 8 NZ PNH patients

PHARMAC must establish fair assessment criteria, based on expert advice from the international hacmat ced

for the Soliris treatment

PHARMAC must amend its Operating Policies and Procedures to acknowledge the right of rare dis
saving treatments as in the specific example of the Soliris treatment

life restofing and life

is for her condition, which
¢ should have some
aims that it is inaccurate.

I currently live in the UK and have a friend here who has pnh. She is being encouraged ac}i
she will likely soon do. I am astounded that PHARMAC is taking this stance in such st
transparency as to the source of information upon which you are purporting to make

Yours Faithfully
Anne Carroll i



From: Anne Sheehan

Sent: Sunday, 28 July 2013 12:58 p.m.

To: eculizumabfeedback

Subject: Pharmac funding of Soliris treatment
To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life-saving treatment Soliris.
| DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment. &
1 support the PNH Support Association's proposition for Equity and Fairness which sta < éé 7
i.  PHARMAC must return to the negotiating table with the supplier of t! tm @
of § NZ Wmtlents
@maﬁonal

e right of rare disease
@ of the Soliris treatment

ii. PHARMAC must negotiate in good faith toward funding Soliris fo

iii. PHARMAC must establish fair assessment criteria, based o
haematological community, to assess patient need for the Soli

iv. PHARMAC must amend its Operating Policies and P
patients to access life restoring and life-saving treatm

(Yours faithfully @ /§

Anne Sheehan

|
&
%



From: LYo i e a1

Sent: Tuesday, 4 June 2013 11:37 a.m.
To: eculizumabfeedback
Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

Importance: High

To Whom it May Concern;
| support PNH patients in New Zealand in their fight to gain access to the life savi atment is.
I DO NOT support PHARMAC's proposal to decline funding for the Soliris tr

I support the PNH Support Association's proposition for Equity and Fai which states:

i.  PHARMAC must return to the negotiating table with the supplier e Soliris treatment
ii. PHARMAC must negotiate in good faith toward funding Soliris fora minimu APNH patients
iii. PHARMAC must establish fair assessment criteria, based o advi

iv. PHARMAC must amend its Operating Policies
patients to access life restoring and life savingt

ge the right of rare disease
ific example of the Soliris treatment

We are parents with a special needs child. ] ed if our daughter needed medical
intervention and it wasn’t available to he !
lives and where possible to improve t
numbers or statistics. They could
help this small group of New Zea



AUCKLAND WOMEN’S HEALTH COUNCIL

SUBMISSION ON

PROPOSAL TO DECLINE A FUNDING
APPLICATION FOR ECULIZUMAB

28 July 2013

To: Sue Anne Yee From: Auckland Women’s ncil @
Therapeutic Group Manager

__ -
PO Box 10-254

WELLINGTON 6143 @

introduction
The Auckland Women's Health Council (
for individual women and women's grou

n %rganisation

n ion who have a
ncil is broad and

impact on their health and the he i fhesx Jhe Council has a
special interest in consumer ri committees, medical
ning , the Code of Consumers’

ice Oftt @alth & Disability Commissioner
of ight Inquiry.
b

ecome concerned about the role of the
on a variety of women’s health issues.

In recent years t@ h
Phamaceutic% angi
‘ ts

ions are made around the funding of new drugs, and the
to the government and health authorities on the benefits,

C is therefore pleased to have the opportunity to comment on
RMAC’s proposal to decline a funding application for eculizumab.

@he Council supports PHARMAC's funding process, and the three
assessment areas comprising clinical, economic and commercial evaluations
that PHARMAC uses to make decisions on the funding of all pharmaceuticals.



Specific issues

1. The cost of the eculizumab.

The AWHC is very concerned at the increasing ability of the pharmaceutical
industry to charge exorbitant prices for the some of the niche drugs that
various drug companies develop and then vigorously market to the public.
Eculizumab is certainly an extreme example of this. We would therefore
support a decision to decline the funding application for eculizumab, which
has been described as the world’s most expensive drug.

2. Current options for the treatment of PNH.
The Council's recommendation that funding for eculizumab be deq@also
based on the fact that eculizumab is not a cure for paroxysmal

haemoglobinuria (PNH), that funding of this drug would be n% te @

for those who need treatment, and that there are currentl ea mentgn\;b
available and being used in New Zealand for PNH. &

3. Drug company funded support groups

The AWHC is alarmed by the growing practice

mpa
establishing, or helping to set up patient sup}p\ ,a ﬁ}r viding
funding for such groups to enable them to a u ora
particular drug. This unacceptable use e%%%%blicly
pressure governments and health ag ive or over-priced
new drugs must be exposed and rebu enever it occurs.
Alexion Pharmaceutical’s fundingfor ~ groups is widely
aland PNH support

recognised and the funding it has gi

group is a matter of public . O

4. The use of pharm ical fund

We are also concernedha pr funding for eculizumab would
mean that hundre ay sands of other New Zealanders would
not have access SS ive medications they need. In order to
address thjs isstie, the A % support the setting up of a separate
source 9 ingifor patie rare conditions who want access to very
expensiv

:IOI‘I
@@%@ ends that PHARMAC declines the funding application for

e izx
@%ﬂa Williams

On behalf of the Auckland Women’s Health Council



From: Barbara v

Sent: Tuesday, 16 July 2013 10:04 p.m.

To:

eculizumabfeedback

Subject: Re: Submission opposing PHARMAC's Proposal to decline a funding application

for Soliris (eculizumab)

To Whom it May Concern;

I SUPPORT PNH patients in New Zealand in their fight to gain access to the &
lifesaving treatment Soliris.

I OPPOSE PHARMAC's proposal to decline funding for the Soliris treat

I support the PNH Support Association's proposition for Equity and ne hich %
states:

Soliris treatment

1. PHARMAC must return to the negotiating table ﬁ: pli@
2. PHARMAC must negotiate in good faith t g &56
minimum of 8 NZ PNH patients
3. PHARMAC must establish fair asse iterja, g%n expert
| 0 ]

advice from the international hae sess patient
need for the Soliris treatment

4. PHARMAC must amend it

ting Pié;,> and Procedures to
acknowledge the right of
lifesaving treatments a

ep Ovaccess life restoring and
eci of the Soliris treatment
If you refuse to fun hg%vin you are an effect imposing their
premature deat e sadde t was some one | loved dearly with this

illness and waquld ryt to power to save their life. Please reconsider
funding f %&vin n as it is the right thing we as country should
be doin

€0

B3 @ ittle

July 2013 PNHSANZ




From: Baukje Lenting

Sent: Wednesday, 12 June 2013 6:04 p.m.

To: eculizumabfeedback

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

To Whom it May Concern;
| support PNH patients in New Zealand in their fight to gain access to the life saving tr. t Soliris. ( § :
I DO NOT support PHARMAC's proposal to decline funding for the Soliris treat
I support the PNH Support Association's proposition for Equity and Fairn 5 hich states:
i. PHARMAC must return to the negotiating table with th ier of'the
ii. PHARMAC must negotiate in good faith toward fundi iri ini
iti. PHARMAC must establish fair assessment crit
haematological community, to assess patient n

ment

8 NZ PNH patients

icefrom the international

iv. PHARMAC must amend its Operatin lici Pr acknowledge the right of rare disease
patients to access life restoring and life savi mep specific example of the Soliris treatment

Yours faithfully 222@ Q
Baukje Lenting %



L D T |
From: Benjamin Pocock

Sent: Tuesday, 16 July 2013 8:44 a.m.

To: eculizumabfeedback; OPP Review

Subject: Re: Submission opposing PHARMAC's Proposal to decline a funding application

for Soliris (eculizumab)

To Whom it May Concern;

I SUPPORT PNH patients in New Zealand in their fight to gain access to the lifesaving treatment Soliris.

I OPPOSE PHARMAC's proposal to decline funding for the Soliris treatment. @
I support the PNH Support Association's proposition for Equity and Fairness which statc&@

i.  PHARMAC must return to the negotiating table with the supplier o oliris t atr&

ad@k} international haematological

t

ii. PHARMAC must negotiate in good faith toward funding Soli atients

iii. PHARMAC must establish fair assessment criteria, bae
community, to assess patient need for the Soliris treatm

iv. PHARMAC must amend its Operating Polic roced
patients to access life restoring and lifesavi g tment i

I am good friends with the family of one PNH p % while it e@ Q isease that directly affects only a few people, it
0i

cknowledge the right of rare disease
ecific example of the Soliris treatment

actually affects many more of us indirectly. this omin support of my friends directly involved. Please do

what you can to make sure any avoidabl

@@V\@
v%@



From: Blake and Melanie Old

Sent: Sunday, 2 June 2013 2:31 p.m,

To: eculizumabfeedback

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)
To Whom it May Concern;
I support PNH patients in New Zealand in their fight to gain access to the life saving treatment, Soliris.
I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment. @ ( § :

I support the PNH Support Association's proposition for Equity and Fairness whi aéz :

i. PHARMAC must return to the negotiating table with the supplier of th liris t en
i

ii. PHARMAC must negotiate in good faith toward funding S NH patients

iii. PHARMAC must establish fair assessment criteria, ba

in
haematological community, to assess patient need for, it t

rt @n he international
eat

iv.  PHARMAC must amend its Operating Policies aﬁ% es to ledge the right of rare disease
patients to access life restoring and life savin @ts as in the ific example of the Soliris treatment

Yours faithfully gg@ : ;,

e



From: Dominique Cooper [

Sent: Friday, 31 May 2013 9:52 p.m.
To: eculizumabfeedback
Subject: Submissions in response to PHARMAC's Proposal to Decline Funding for Soliris

(eculizumab)

Friday, 31st May 2013

To Whom it May Concern;

| support PNH patients in New Zealand in their fight to gain access to the life saving trea%%s, @

1 DO NOT support PHARMAC's proposal to decline funding for the Soliris treatm

I support the PNH Support Association's proposition for Equity and Fairne

ich states: @
i. PHARMAC must return to the negotiating table with the supplier of the'Solir treat
ris/fora i %’ NH patients

iii. PHARMAC must establish fair assessment criteria, ba om. the international haematological

community, to assess patient need for the Soliris trea

iv. PHARMAC must amend its Operating Policies and u;}séegm& edge the right of rare disease patients to
i

access life restoring and life saving treatmen n the spe%\g of the Soliris treatment
Yours faithfully @
Bodie Etheredge

Sent from my Samsung i

e



From:

Sent:

To:

Subject:
Attachments:

Scott Jones

Wednesday, 24 July 2013 5:28 p.m.
eculizumabfeedback

submission to Pharmac.docx
submission to Pharmac.docx



Sue Anne Yee
Therapeutic Group Manager
PHARMAC

Email: eculizumabfeedback@pharmac.govt.nz
Fax: 04 460 4995

Post: PO Box 10 254, Wellington 6143 @ @&
Subject: Submission to PHARAMC'S proposal to decline a fu/(?d applicati
Soliris (eculizumab) N §§

To whom it may concern:

| support the PNH patients in New Zealand i ight t ss to the
lifesaving treatment Soliris.

I DO NOT support Pharmac’s proposed int Wﬂ e this.tr ? t. 1 also believe it
would be a backward step for New Zealﬁ\\v ol
New Zealand is a civilized democr. are par ited Nations and pride ourselves on

out human rights record. f own rld stage in every area of excellence in
spite of being a small p@. W arned respect!  Our public health system and our
;are

medicines purchasin y (P held up as models by which other nations strive to
aspire. Howe he jssue of treatment for rare diseases, these other nations take the lead

Q% e ive@ere is no doubt that the new, innovative medicines are costly, not just
to ew@ ut to the international market. However, in spite of these high costs, other
P

ca

eels. We are told by Pharmac that the issue is about cost and

nations appear to be meeting the challenge. This, in itself, makes our refusal to

t even more difficult to justify.



If we take the upholding of human rights seriously, we would agree that New Zealand citizens
have a right to life. Hence, we have a moral obligation to ensure that everyone has access to life
sustaining treatment when such treatments become available. No clinical population should
ever be completely abandoned in our society. The notion that patients with rare diseases can
be ignored because the costs are higher than average, is callous and inhumane?¥recognize th

it must be difficult at times to balance the books, but it would be morally. w achjev is

by denying treatment to this small, select group of patients.

Patients with rare diseases are already disadvantaged b e of deteri alth and all

that this entails; they should not be subjected to th ssu ving to fight for the

health benefits that most other New Zealanders.t rantéed;

As | see it, a far more compassionate approach would @mac to negotiate lower prices

with drug companies, which incid expertise upon which Pharmac has built

its international reputatio he right thing! Take up this challenge and
fund these drugs! % %%

| do not su@m ur intent to decline treatment for the PNH group or other

N4
pati M apies for rare diseases.
Bren %

Sc

o ically reviewed and approved.







From: Liddiard Laurent Brenda

Sent: Wednesday, 19 June 2013 10:21 a.m.

To: eculizumabfeedback

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

To Whom it May Concern;
I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.
1 DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment. @

1 support the PNH Support Association's proposition for Equity and Fairness which stat

i. PHARMAC must return to the negotiating table with the supplier of the Soliri

ii. PHARMAC must negotiate in good faith toward funding Soliris for a mi
iii. PHARMAC must establish fair assessment criteria, based on ex e@p

ic
community, to assess patient need for the Soliris treatment Q
iv. PHARMAC must amend its Operating Policies and Proc oV
life restoring and life saving treatments as in the specific/e e e Soliri

decades?”. For these people, and other sufferers ir lives are not worth saving because treatment is too
i publi nt every year on medicines to treat self-inflicted, lifestyle

illnesses, when sufterers of such rare disea such as hemselves facing a death sentence through no fault of their own?

This situation should not lgh ase think again.

Yours faithfully

mNewzé%
Y
e

The question I would ask decision-makers on this issue is, Y you i
terrible (and treatable) disease, and was being denied icati c@ t extend their life expectancy by several
A i ity

expensive is totally devastating.

Where is the justice in a situation wheye

Brenda diard¥Faure;

&



To: eculizumabfeedback[eculizumabfeedback@Pharmac.govt.nz];

Flag Status: 0x00000000

Subject: Soliris Funding

From:

Sent: on ©/11/2013 7:26:56 **
17 June 2013

TO WHOM IT MAY CONCERN: @
With regards to your proposal to decline fun ’ :olir' &
d i !ir s

vy [ . has been ver& @ ér short life.
critically ill. After 9 long

e &Y &

PHARMAC

e

n

| cannot recall how lo
voung [N

After years of sfrug
treatment Sdlifi

v poor health | became aware of the life-saving

- and | hope.

With rripUS SUBRO fforts of and after | fought on my
8 now lucky to be one of the New Zealand patients who

mpassionate grounds. This drug has changed [JJjj tifet!

h offered

's life has been transformed. has a job, enjoys
S t- life as any young deserves to be able
( E can do basic things now that many of us take for granted such as join a gym,
gofor a long walk, participate and attend events that once were not possible, either
because - was not physically able to or felt well enough to do.




The years and years of struggling, the time spent in hospital, the near fatal
health complications feel more and more distant as [ life moves forward.

To deny this life saving drug to New Zealanders living with PNH is unbelievable.
It is like handing down a life sentence.

| urge you to do the right thing and make this LIFE SAVING drug available to
those who need it! g%

Kind regards @
¥

Q N
S

&
©

%



To: eculizumabfeedback[eculizumabfeedback@Pharmac.govt.nz}; OPP
Review[opp@Pharmac.govt.nz];

Subject: Email submission
Sent: Mon 7/29/2013 9:46:28 **
From: Staff

To Whom it May Concern;

| support PNH patients in New Zealand in their fight to gain access to
the life saving treatment Soliris.

1 DO NOT support PHARMAC's proposal to decline funding for the Soliris @
treatment.

I support the PNH Support Association's proposition for Equity and
Faimess which states:

i. PHARMAC must return to the negotiating table with the supp
of the Soliris treatment O

ii.  PHARMAC must negotiate in good faith toward funding $dlgis fo¢ @
a minimum of 8 NZ PNH patients

iii. PHARMAC must establish fair assessment criteria; b %’ pe

advice from the international haematological communi -% =1

patient need for the Soliris treatment

iv. PHARMAC must amend its Operating Poliei
acknowledge the right of rare disease patients t
and life saving treatments as in the specific exa

freatment

Yours faithfully @
Brenda Stuart E% @
Infofmatio ;om ESE%\;:; Antivirus, version of virus

signature databasg<86 %8 (20430729)
The Whe NOD32 Antivirus.




To: OPP Review[opp@Pharmmac.govt.nz];
eculizumabfeedback[eculizumabfeedback@Pharmac.govt.nz];

Cc:

Flag Status: x00000000

Subject: Pharmac's consultation on Decision Criteria
From: Bronwyn Gray

Sent: Wed 6/12/2013 3:22:39 ..

0J0nQpPqORQs5z0iM5_025tIxa8NsHHKEQuUFYsqHLUY rf4KHgNH880hkftty
KgNIoPVtmFE4U4S3dZQD9xcKXv7hHa8C XUwbqgzNzplrkx2PdLAps7gUwJ6Q
IXg5.Z106vsOU.YL_Yaic8JMVIBnOXuvFYKQoThsgjhzM7 TttmZjsEsS5md3

G87YBbq948MFt87x_73ISF5ZWe_nM6HIKJUp7f8Rs91z15Xm00ZTU.0F8tTq
_2hal0kB3JS4ssCTtgZ0exGITOzAWXSAbWRYEpvys
X-Yahoo-SMTP: XSKmTQeswBB3xLVnDCox8wqtL8JhSDLONjs3h7ZrrP1xauYYm XZ

X-Rocket-Received: from LamPC (les.bron.boatshed.bay@122.60.201.119 wi I((r)ag
by smtp101.tnz.mail.aue .vahoo.com with SMTP:; 11 Jun 2013 20:22:4 0@

From: Bronvyn Gray [
To: <opp@pharmac.govt.nz>, <eculizumabreedback@pharmac.govt.nz> §§

o [T
Subjeci: Fnarmac's consuitation on Decision Criteria

Date: Wed, 12 Jun 2013 15:22:39 +1200

Message-ID: <000f01ce671¢$18072630$481572908@xtra.co:
MIME-Version: 1.0

Content-Type: multipart/alternative;

boundary="----=_NextPart_000_0010_01CE®& @DZ " &
X-Mailer: Microsoft Outlook 14.0

Thread-Index: Ac5nDOCIxwo023E8IRMmGC6zg DA=

Content-Language: en-nz

Return-Path: les.bron.boatshed.bay@xtra.co:
X-MS-Exchange-Organization-AuthSou ch
X-MS-Exchange-Organization-Auth
X-Esetld: 7B7D663C0DCF 333428

:Ph ange:Pharmac.dom
mous é

To Whom it may Conce

PAROXYSMAL NOC L % BINURIA ( PNH)

| write insup of P atients in New Zealand in their fight to gain access to
the lj %\rea t: ULIZUMAB )SOLIRIS.

N N

| not armac’s proposal to decline funding for the Soliris Treatment.

rt the PNH Support Association’s proposition for Equity and Fairness
h states:



1) Pharmac must return to the Negotiating Table with Alexion Pharmaceuticals,
the supplier of the Soliris treatment

2) Pharmac must negotiate in good faith towards funding Soliris for a minimum of
8 New Zealand PNH patients

3)Pharmac must establish fair assessment criteria, based on expert advice from
the international haematological community, to assess patient need e
Soliris treatment

4) Pharmac must amend its Operating Policies and Procedur wi

the right of rare disease patients to access life restoring a saving
treatments, a specific example of which is the Soliris Treatme

PNH patients along with all New Zealand%we
H

with respect, under the Universal De
which New Zealand is a signatory,

Of these laws, the
healthcare in parti
2000 ( PHDA) ,
public heajttya isabili port services, with the objectives of:

plicable-to the right to health and to
‘ealand Public Health and Disability Act

g the best care and support for those in need of services.

submit that it is critical that Pharmac considers the plight of those living with
PNH by reaching an agreement with the company that supplies Soliris, and to

&



fund the medication for those whose lives desperately depend on it.

As a submitter, | am ashamed that New Zealand is the only OECD Country that
proposes to decline funding this drug.

| am further ashamed that Pharmac’s proposal to decline the funding is
consistent with “ the clinical advice we have received”...because alt hitis
an effective treatment, it is extremely expensive.”

Yours faithfully & §§ ; ;

Bronwyn Gray JP QSM @ @
Director @
New Zealand LAM Trust @@
director@lam.org.nz

www.lam.org.nz @ @
NZORD Board me @

sorders

%

&



To: eculizumabfeedback[eculizumabfeedback@Pharmac.govt.nz];

Subject: Fwd: Submission to PHARAMC’S proposal to decline a funding application for
Soliris {(eculizumab)

Sent: Sun 7/28/2013 10:25:55 ..

From: Bruce Wells

To whom it may concern:
| support the PNH patients in New Zealand in their fight to gain access tgthe lifesavin
treatment Soliris.

| DO NOT support Pharmac’s proposed intent to decline this treatme
would be a backward step for New Zealand as a whole.

ourselves on out human rights record. We hold our own on the
area of excellence in spite of being a small population.
public health system and our medicines purchasing age up as
models by which other nations strive to aspire. Howgvér; issuge of\treatment for
rare diseases, these other nations take the lead whi ethargic rag our heels.
We are told by Pharmac that the issue is abo {
is no doubt that the new, innovative medicin
to the international market. However, in spifeé-o
nations appear to be meeting the challenge:
even more difficult to justify.

If we take the upholding of human right ou
citizens have a right to life. He

has access to life sustainin Hch\treatments become available. No
clinical population should r ndoned in our society. The notion that
patients with rare dise i ]

is callous and inhuma@} gni af it must be difficult at times to balance the
books, but it woul dgie y achieve this by denying treatment to this small,

select group ofpat S
Patients with'raré diseases are y disadvantaged because of deteriorating health

ils; &R




From: ol PR

Sent: Wednesday, 26 June 2013 2:27 p.m.

To: eculizumabfeedback

Cc: OPP Review

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)Subject: Submission in response to PHARMAC's consultation on
Decision Critera.

To Whom it May Concern;

i. PHARMAC must return to the negotiating table with the supgplietof the Solirj ent

ii. PHARMAC must negotiate in good faith toward fundin i inj Z PNH patients

iii. PHARMAC must establish fair assessment criteria, base i the international
haematological community, to assess patient need fo

iv. PHARMAC must amend its Operating Polici % ledge the right of rare disease
patients to access life restoring and life savin ents as in the ific example of the Soliris treatment



From: Cam Morgan

Sent: Monday, 29 July 2013 12:04 p.m.

To: eculizumabfeedback; OPP Review

Subject: Submission opposing PHARMAC's Proposal to decline a funding application for

Soliris (eculizumab)

Re: Submission opposing PHARMAC's Proposal to decline a funding application for Soliris (eculizumab)

To Whom it May Concern;

I SUPPQRT PNH patients in New Zealand in their fight to gain access to the lifesaving treatment @
| OPPOSE PHARMAC's proposal to decline funding for the Soliris treatment. < z
| support the PNH Support Association's proposition for Equity and Fairness which S:

i. is\treat

ii. PHARMAC must negotiate in good faith toward funding Soliri ipipium tients

iii. PHARMAC must establish fair assessment criteria, bas < B&I rnational haematological
community, to assess patient need for the Soliris treatm

iv. =~ PHARMAC must amend its Operating Polici d cknowledge the right of rare disease
patients to access life restoring and lifesavi cific example of the Soliris treatment

It is imperative that people get a fai I

ea o- ical support, no matterhow rear, these people are at
great risk without your funding s

please reconsider your stance @

Yours faithfully

’v%@

lorgana pprentice Coordinaror | Trade Educarion Led |

Q\>

w.tradeeducation.co.nz

Any views or opinions expressed in this message are solely those of the author and will not necessarily reflect the views of the
company. This email message and any attachments are between the author and the person it is intended for. If we have sent you
this message by mistake, we apologise. Please let us know by return email and erase all copies of this message and its attachments.













From: Casey Sommervilc [

Sent: Tuesday, 30 July 2013 5:44 p.m.

To: eculizumabfeedback

To whom it may concern,

Please reconsider funding the life-saving medicine Soliris. Its so hard to know there are people here in nz
that have been given a death sentence due to financial burden. If its in your power to save a person, how can

you sit back and let them die? Its not fair for ones basic human right to be taken away as its too difﬁ(&
too costly.

Thank you for your time, 2\ :\\
Casey Sommerville &
Sent from Samsung Mobile %

S
@



From: cassy crinowater [

Sent: Wednesday, 5 June 2013 9:04 a.m.
To: eculizumabfeedback
Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

{eculizumab)

To Whom it May Concern;
I support PNH patients in New Zealand in their fight to gain access to the life saving treat liris.

I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.
I support the PNH Support Association's proposition for Equity and Fairness wh& H

i
i. PHARMAC must return to the negotiating table with the supplier o Soliris treatm
nimu

m

=

iv.  PHARMAC must amend its Operating Policies a gs to % e the right of rare disease
patients to access life restoring and life savin 9% as inthe E ific example of the Soliris treatment

ii. PHARMAC must negotiate in good faith toward funding Solir

iii. PHARMAC must establish fair assessment criteria, based o international

haematological community, to assess patient need fopthe So

Yours faithfully

T



From: Cecilie McShane

Sent: Wednesday, 26 June 2013 10:54 a.m.
To: eculizumabfeedback
Subject: Medicine funding equality for all New Zealanders

To Whom it May Concern;
| support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.
I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.

| support the PNH Support Association's proposition for Equity and Fairness which sta

1. PHARMAC must return to the negotiating table with the supplier of the S

iv. PHARMAC must amend its Operating Policies and Proce
patients to access life restoring and life saving treatm

We believe in equality for all New Zealanders to have
regime.
Yours faithfully



I
From: Kate Russell
Sent: Tuesday, 30 July 2013 3:07 p.m.
To: eculizumabfeedback
Subject: submission from CFANZ
Attachments: Soliris_submission.pdf

Good Afternoon Please find submission attached

Kind regards.
et

Kate Russell FFINZ
Chief Executive

CYSTIC FIBROSIS
ASSOCIATION OF NEW ZEALAND




T CYSTIC
FIBROSIS

Submission: Proposal to decline
funding application for Soliris

The following submission is made on behalf of the members of the Cystic Fibrosis Association of New
Zealand. The Members of the Cystic Fibrosis Association of New Zealand, support PNH patients in New

Zealand in their campaign to gain access to Soliris and will indeed support any group of gatients who fig
gain access to lifesaving or sustaining treatment that, due to the current policies an ies’of Ph
and the Ministry of Health, is denied to them.

onsu on,

nsultation

1. Itis of supreme and primary concern to the CF Association that in x@n thi
Pharmac is relying on spurious figures and information to supp osi on. in
you have overstated the number of people affected with P) v turp-o
likely real cost of treatment. This also happened in 201w mac 3 a@ ritéd to the Board

that there would be up to 100 affected patients in Ne valand/wit ase. And in the

2012 when Pharmac staff grossly overstated th i

during the consultation on Special Foods. He

port their case in declining

it appears that Pharmac staff have wilfull e@ L
treatment . This is unacceptable and dges nothingto 2 pport Pharmac’s reputation as a
trusted or effective agent of the Crown a eedAir tion, leaves the way open for a legal

cerned that we have a system that considers that some
people suffer from it to allow bulk buying to be possible
heir own, are born with a ‘rare’ condition, are considered to

ex%du to the cost of medications that cannot be bought in sufficient
cost-gains.\Thj

approach is both grossly unfair and the thinking behind it, overly

S XF Association believe that rare and high cost conditions are not currently dealt

quitable manner, by the policies and decision criteria applied by Pharmac. Whilst
s that the issue of High Cost Medicines was adequately dealt with by the study done
mack and Hansen some years ago, in fact it does nothing to address the simple fact that if
nd when medications for rare conditions are placed in competition with drugs for more common
itions, they are ALWAYS doomed to fail. In the meantime, lives continue to be lost, quality of

()
@ e deteriorates and people suffer. The system needs to change.

The members of the Cystic Fibrosis Association of New Zealand do not support the decision to decline
funding for Soliris and call for Pharmac to address, with the Ministry of Health, the issues of funding for high




cost medicines and rare conditions. To do anything else is to fail in the most basic duty of care our
Government and her agents have to her citizens, to support their right to good health and equitable access

to life-saving and quality of life enhancing drugs.

Kate Russell @
Chief Executive

Cystic Fibrosis Association of New Zealand : %

@ |
SO




Sent: Tuesday, 30 July 2013 &:30 p.m.

To: eculizumabfeedback

Cc: opp@pharmc.govt.nz

Subject: Submission to pharmacy proposal to decline funding for Solaris (eculizumab)

To Whom it May Concern; &2 i
I support PNH patients in New Zealand in their fight to gain access to the life saving tr ent Soliris.
I DO NOT support PHARMAC's proposal to decline funding for frigitrea
I support the PNH Support Association's proposition for Equit@ ess w@les:
i
PHARMAC must return to the negotiating ta e su @t e Soliris treatment
i
PHARMAC must negotiate in good fait undi liris for a minimum of 8§ NZ PNH

patients

iii.
PHARMAC must establish fai
international haematologic

d on expert advice from the
tient need for the Soliris treatment

iv.
PHARMAC must amel@ ratj icies and Procedures to acknowledge the right of rare
disease patients to access lif€ restoring.a ife saving treatments as in the specific example of
the Soliris treatmen x
As an Aunt of a yo ur%ith re genetic immunity disorder who has weekly treatment to keep him fit
"J‘ ; fun 's not available for this life saving treatment. When my nephew was

pviving after catching the common cold he was given a second chance

ppalled thdati
ittle u%
Sernments sup port by funding his treatment. all Children deserve this if there is treatment

Yours faith

©\>






From: Christopher Cooke

Sent: Sunday, 2 June 2013 10:42 p.m.

To: eculizumabfeedback

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)
To Whom it May Concern;
I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.
| DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment. @ ( g j
| support the PNH Support Association's proposition for Equity and Fairness whi a
i. PHARMAC must return to the negotiating table with the sup?« f the Soliris tr ent
ii. PHARMAC must negotiate in good faith toward funding Soliri Q ini

iii. PHARMAC must establish fair assessment criteria, bas advic @
haematological community, to assess patient need fo@ is'tfeat t

iv.  PHARMAC must amend its Operating Policies %& estoq I

asi

patients to access life restoring and life savin € e

Please see the value that funding this tr
See the value, not the cost.

Y
@




From:

Sent: Sunday, 2 June 2013 1:43 p.m.

To: eculizumabfeedback

Subject: Proposal to decline a funding application for eculizumab.

To
Sue Anne Yee

Therapuetic Group Manager &
PHARMAC @
from @

-

Email @
!ear I!/ls !ee @
On behalf of my wife, son and da .o’ - ould very much

plead with PHARMAC to recon erp n not to fund

eculizumab. Our- dau \ sent back to her
country after having her bab ecause she was told
that the Australian Gov ntc ed the cost of Soliris to

expensive ! She con she became pregnant at
the age of — we love our daghter-in-law
and have seen disease most stoically, and of
course our s er also have to live with it every

s with PNH in NZ how can you
that the cost is to great for the NZ

nt
@ehalf | beg your organisation to reconsider your
%: ange the result into an affirmative one for all NZ




From: Slades_

Sent: Saturday, 1 June 2013 9:38 p.m.

To: eculizumabfeedback

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

To Whom it May Concern;

| support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.

1 DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.
| support the PNH Support Association's proposition for Equity and Fairness which sta

PHARMAC must return to the negotiating table with the supplier of t ir atment

he’Sol
PHARMAC must negotiate in good faith toward funding Soliris for,.aminim H patients

PHARMAC must establish fair assessment criteria, based on ¢ Q ice fromth ernational
haematological community, to assess patient need for the oé

& ent
PHARMAC must amend its Operating Policies and Procedure. acZO\T}Ie @ right of rare disease
patients to access life restoring and life saving trea nts.as’in the s c%(a ple of the Soliris treatment

Basically it comes down to human rights and digni ; ;

It is illegal to kill people who want die when t are nal, yetyp legal for us to turn our backs on those
who want to live. That makes no sense. | o sense. S

Yours faithfully %
Christina Slade @; ; x




From: David & Michelle McDonnell |
Sent: Tuesday, 23 July 2013 6:41 p.m.

To: eculizumabfeedback

Subject: Soliris

Subject: Submission to PHARAMC'S proposal to decline a funding application for Soliris {eculizumab)

To whom it may concern:

I support the PNH patients in New Zealand in their fight to gain access to the lifesaving treatmgnt Soliris.

| DO NOT support Pharmac’s proposed intent to decline this treatment.

When Pharamc takes this type of consultation to the public | sho %@) rely ©mac to
provide accurate and reliable information that will help guide resp s from\the comimunity. In
this consultation you have overstated the number of peop%ted with%%h}ch in turn over
exaggerates the likely real cost of treatment. You djd this back in en Pharmac staff
reported to the Board that there would be up to 100 a e tients\in.New Zealand with Pompe
h % to decline Soliris, again

disease. That treatment was declined, and it log @ g
is not ac

with dubious data as the basis for a decisiop& @b% nd you should withdraw this
it, ghi % ly to skew responses from the

consultation because of the misleading in
public.

These patients have a right to lifer ealth sy, duty to address their needs in a fair and

emphasis on costs, cost-effectiveness and
g issues of rights, equity, fairness and community
fealth Boards have this duty, and Pharmac is acting
e same decision criteria and priorities that they have.

alternative use of the mon

values; you are failing i
as their purchasing ag

is%e disadvantaged because their condition is rare, and when treatments
e doubly affected by the high cost and the very small market due to small
denial of their right to health, and contrary to goals of “Equity of access, reducing

and decision making”, which are set out in the agreement between DHBs and Pharmac
ou decide things on their behalf.

Decision Criteria: The decision criteria used to assess medicines are not fair for those who are
affected by rare diseases. There should be an additional layer of decision-making for rare diseases

that do not fit the standard cost effectiveness threshold for large populations. These additional
1



layers already exist in Australia, England, Scotland and other places around the world, because they
have recognised that it’s a fair way to deal with the disadvantage of rare diseases.

e Pharmac’s assumption that “best health outcomes” as mentioned in its legislation, can be strongly
associated with calculation of Quality Adjusted Life Years, is too narrow a view of what is “best”,
especially when Pharmac’s calculations do not take into account non-health-sector costs. The
decision criteria should include a broader range of considerations that are important to patients, so
that the decisions are made in a patient-centred way.

e Pharmac also has a responsibility for “health outcomes that are reasonably achievable”.
narrow perspective on technical assessment and budget management, to the exclusion of
rights and interests from decisions, are an outcome that effectively discri
with rare diseases, and is not a reasonable outcome by any measure.

e Pharmac often emphasises the “tough decision” approach that some'w
That is too simplistic and can also be unfair, as it is in this case/ >e
adopt an equitable approach that spreads medicine fundin S as man
possible, so that no group is completely intent to decline tre t{P

where there are therapies for rare diseases. abandoned. ((25\@
services in our health system and Pharmac shoul imi
and abandon certain groups. Q

I do not support your @




From: David Paddock

Sent: Sunday, 16 June 2013 4:14 p.m.
To: eculizumabfeedback; OPP Review
Subject: Submission to PHARMAC's Proposal to decline a funding

To Whom it May Concern;

| support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.

1 DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.

| support the PNH Support Association's proposition for Equity and Fairness whic
i. PHARMAC must return to the negotiating table with the supplier of t
ii. PHARMAC must negotiate in good faith toward funding Soliris f ini

iii. PHARMAC must establish fair assessment criteria, based o
haematological community, to assess patient need for the

he right of rare disease

iv. PHARMAC must amend its Operating Policies and Pro ‘
patients to access life restoring and life saving treat i i ample of the Soliris treatment

Yours faithfully

David Paddock % Q
T



From:

Sent: Sunday, 28 July 2013 9:22 p.m.
To: eculizumabfeedback; OPP Review
Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life s treatmen&
Soliris.

I DO NOT support PHARMAC's proposal to decline funding for the Sok eatment.
I support the PNH Support Association's proposition for Equity and Faixness which state
i. PHARMAC must return to the negotiating table with th@ of the atment
ii. PHARMAC must negotiate in good faith toward fu liris for of 8 NZ PNH
ed §

patients
iii. PHARMAC must establish fair assessment ¢ vice from the international

haematological community, to assess patien e Sol ent

iv. PHARMAC must amend its Operati
disease patients to access life restoring a
Soliris treatment

s to acknowledge the right of rare
s as in the specific example of the

nding Soliris treatment in New Zealand. 1

pnally-as my sister-in-law is currently leading a
0 live, have hope and live a normal life.

Please provide the PNH patients'w

know how patients benefitte Tis p
normal life due to Soliris. It gave her a ¢
Yours faithfully @ x
> V
K" %
=3 %@




From: Dawn Jones [N

Sent: Tuesday, 30 July 2013 9:38 a.m.
To: eculizumabfeedback
Subject: Fw: Submission to PHARMAC'S proposal to decline a funding application for

Soliris {(eculizumab)

Sue Anne Yee @ @
Therapeutic Group Manager

PHARMAC &
Email: eculizumabfeedback@pharmac.govt.nz

Fax: 04 460 4995
Post: PO Box 10 254, Wellington 6143

(eculizumab)

To whom it may concern:
I support the PNH patients in New Zealand in thei
I DO NOT support Pharmac’s proposed intent to

exaggerates the likely real costof treatr

the Board that there wo
treatment was declined, i

mbet-of\people affected with PNH which in turn over

this back in 2011 when Pharmac staff reported to
010 ed"patients in New Zealand with Pompe disease. That
sa z%you intend to decline Soliris, again with dubious data as

the basis for a decis (x% i$ n and you should withdraw this consultation because of
the misleading i in it, ikely to skew responses from the public.
rig life, Our health system has a duty to address their needs in a fair and

ces so much emphasis on costs, cost-effectiveness and alternative
ddress issues of rights, equity, fairness and community values; you are
District Health Boards have this duty, and Pharmac is acting as their
ould use the same decision criteria and priorities that they have.

These patignts
i n
oney, but

% iseases are disadvantaged because their condition is rare, and when treatments
able’they are doubly affected by the high cost and the very small market due to small
abe a denial of their right to health, and contrary to goals of “Equity of access, reducing

ies and improving health outcomes for individuals and communities will guide our
| ip and decision making”, which are set out in the agreement between DHBs and Pharmac
how you decide things on their behalf.

Decision Criteria: The decision criteria used to assess medicines are not fair for those who are
affected by rare diseases. There should be an additional layer of decision-making for rare
diseases that do not fit the standard cost effectiveness threshold for large populations. These
additional layers already exist in Australia, England, Scotland and other places around the

1



world, because they have recognised that it’s a fair way to deal with the disadvantage of rare
diseases.

Pharmac’s assumption that “best health outcomes” as mentioned in its legislation, can be strongly
associated with calculation of Quality Adjusted Life Years, is too narrow a view of what is “best”,
especially when Pharmac’s calculations do not take into account non-health-sector costs. The decision
criteria should include a broader range of considerations that are important to patients, so that the
decisions are made in a patient-centred way.

Pharmac also has a responsibility for “health outcomes that are reasonably achievable”. Your narrow
perspective on technical assessment and budget management, to the exclusion of patient rights and
interests from decisions, are an outcome that effectively discriminates against patients with tare
diseases, and is not a reasonable outcome by any measure.

Pharmac often emphasises the “tough decision” approach that some will

That is too simplistic and can also be unfair, as it is in this case. The

an equitable approach that spreads medicine funding across as ma s
0ss A

so that no group is completely abandoned. That is the approac ide range. of services in our
health system and Pharmac should adopt a similar approach r@e an excl bandon certain

groups.
I do not support vour intent to decline treatment for the PN or ts where there are
therapies for rare diseases. <>



From: el = )

Sent: Wednesday, 31 July 2013 6:44 p.m.
To: eculizumabfeedback

Subject: medicine

Pharmac ...

We have educated our best and brightest for years to discover treatm seases( that'only
30yrs ago would have been marvelled at.

A way has to be found to manage the economics so that all people ing tHese life,saving drugs

can have them ..

9

e Decision Criteria: The decision criteria use ot fair for those who are

affected by rare diseases. There shoul
diseases that do not fit the standard
additional layers already exist in tr glahe otfand and other places around the

world, because they have recognised it’s’afairway to deal with the disadvantage of rare
diseases. @

,t “b %h outcomes” as mentioned in its legislation, can be
vith cal uality Adjusted Life Years, is too narrow a view of what
ae's

calculations do not take into account non-health-sector

criteria should include a broader range of considerations that are important
Wns are made in a patient-centred way.

with rare diseases, and is not a reasonable outcome by any measure.

° often emphasises the “tough decision” approach that some will be funded and others

. That is too simplistic and can also be unfair, as it is in this case. There are very good

easons to adopt an equitable approach that spreads medicine funding across as many areas of

ealth need as possible, so that no group is completely abandoned. That is the approach across

a wide range of services in our health system and Pharmac should adopt a similar approach,
rather than exclude and abandon certain groups.

| do not support your intent to decline treatment for the PNH group or other patients where there are

therapies for rare diseases.



To know these drugs are available but are denied you due to budget restraints, is cruel.

Employ the wonderful economic intellects and managers we now have to find away, we educated them for this
purpose too.

Sincerely,

When the power of love overcomes the love of power, the world will know peu@ &



From: Dion Mehring

Sent: Tuesday, 4 June 2013 10:08 p.m.

To: eculizumabfeedback

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

{eculizumab)

To Whom it May Concern;
I support PNH patients in New Zealand in their fight to gain access to the life s g treatment Sol
I DO NOT support PHARMAC's proposal to decline funding for the Soliris ment:
I support the PNH Support Association's proposition for Equity and F '@h s
i. PHARMAC must return to the negotiating table with th @Le}/‘ ent

WV
ii. PHARMAC must negotiate in good faith toward fundi @r s for A@ f 8 NZ PNH patients
i r
ent

iii. PHARMAC must establish fair assessment cri om the international

e specific example of the Soliris treatment

(please include your personal state;f@ g% @

Yours faithfully

Jasmine Webséév



From: P ) [ S T

Sent: Friday, 19 July 2013 3:16 p.m.
To: eculizumabfeedback
Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

{eculizumab)

Importance: High

To Whom it May Concern,

I support PNH patients in New Zealand in their fight to gain access to the life saving treatr@s.

I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment. @

I support the PNH Support Association's proposition for Equity and Fairness whi ate

e e Soliris treat
nimu @ H patients

r
i

iii. PHARMAC must establish fair assessment criteria, bas adv international

haematological community, to assess patient need for i ris'tre

1. PHARMAC must return to the negotiating table with the suppli

ii. PHARMAC must negotiate in good faith toward funding Soliyi

iv. PHARMAC must amend its Operating Policies ge the right of rare disease
patients to access life restoring and life sa i

@ 3 ific example of the Soliris treatment

My wife has been receiving Soliris treatmentsince it w apgt@lin stralia and it has made a positive and major

impact to her life.

Since starting treatment she no | Q?giﬂ nd has energy to carry out everyday activities. She is

now able to live a normal life, _Sotiri that has saved my wife’s life. | urge you to support funding
s.

of Soliris to end the sufferin

N

Yours faithfully,



From: Dominique Cooper [

Sent: Friday, 31 May 2013 9:48 p.m.
To: eculizumabfeedback
Subject: Submissions in response to PHARMAC's Proposal to Decline Funding for Soliris

(eculizumab)

Friday, 31st May 2013
To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life saving trea liris.
I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatmen

I support the PNH Support Association's proposition for Equity and Fairness which s:
i. PHARMAC must return to the negotiating table with the supplier of t s{reat
ii. PHARMAC must negotiate in good faith toward funding Sol m

iris
iii. PHARMAC must establish fair assessment criteria, based dv
community, to assess patient need for the Soliris treat

(o) e international haematological

iv. PHARMAC must amend its Operating Policies a dge the right of rare disease patients to

access life restoring and life saving treatments as in t ;0 cifies t@ e Soliris treatment
Yours faithfully @ ;;
Dominique Cooper @ @
Sent from my iPhone %%Z @
A



From: Donna McKenzie

Sent: Friday, 7 June 2013 9:58 a.m.

To: eculizumabfeedback

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

To Whom it May Concern;

| support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.

I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.
I support the PNH Support Association's proposition for Equity and Fairness which sta @
i. PHARMAC must return to the negotiating table with the supplier of th iri tment v

ii. PHARMAC must negotiate in good faith toward funding Soliris for aminimum/of 8 N patiénts
iii. PHARMAC must establish fair assessment criteria, based on @ icé€ from the rnational

haematological community, to assess patient need for the is tr en @
iv. PHARMAC must amend its Operating Policies and Pr ck e the right of rare disease
patients to access life restoring and life saving trea in the spetific.example of the Soliris treatment

Yours faithfully @
Donna McKenzie @
— @/ QO

II
RS
%y



From: IS SRR [ R

Sent: Tuesday, 23 July 2013 9:09 p.m.
To: eculizumabfeedback
Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

Importance: High

To whom is may concern
| support PNH patients in New Zealand in their fight to gain access to the life saving trea @s. @
PLEASE Pick up negotiations with the supplier of the Soliris treatment

PLEASE Be mindful that for those who suffer from this disease there is no nativ ailable for them

<

er going. She

I know this is a big cost and the decision is in your hands.

| plead with you to please: Get all the facts ; .;
Negotiate the hest

Make it happen

Yours faithfully %

My sister has this condition, she now relies on steroids and freque ransfusi
needs this treatment!! g&

cannot survive without this treatment




From: Elizabeth Hunt

Sent: Monday, 29 July 2013 9:38 a.m.

To: eculizumabfeedback

Subject: RE: Petition on declining Soliris to patients with PNH
Attachments: Petition to Pharmac - Soliris.pdf

Attention:

Sue Anne Yee

Please find document attached, thank you.




Submission to PHARMAC’S proposal to decline a funding application
for Soliris (eculizumab)

Attention: Sue Anne Yee

Therapeutic Group Manager
PHARMAC

Dear Sue
I support the PNH patients in New Zealand in their fight to gain access to the lifesaving treatment

Soliris.

I DO NOT support Pharmac’s proposed intent to decline this treatment.

When Pharmac takes this type of consultation to the public I should yo b

Pharmac to provide accurate and reliable information that will hel

2011 when Pharmac staff reported to the Board that there would be
patients in New Zealand with Pompe disease. That trea @
though you intend to decline Soliris, again with dubi
This is not acceptable and you should withdraw thi
information in it, which is likely to skew resp

hasta.duty_to.address their needs in a
on costs, cost-effectiveness
f rights, equity, fairness and

These patients have a right to life. Our
fair and equitable way. When Pharma
and alternative use of the money, b

and priorities that they ha
Patients with rare d ; Q cause their condition is rare, and when

treatments becom , arc-Je ubly affected by the high cost and the very small
market due to l s, It isadenial of their right to health, and contrary to goals of
“Equity of acc b‘ ie

communi i

agreeme

s already exist in Australia, England, Scotland and other places around the
se they have recognised that it’s a fair way to deal with the disadvantage of rare

armac’s assumption that “best health outcomes” as mentioned in its legislation, can be
strongly associated with calculation of Quality Adjusted Life Years, is too narrow a view of
what is “best”, especially when Pharmac’s calculations do not take into account non-health-
sector costs. The decision criteria should include a broader range of considerations that are
important to patients, so that the decisions are made in a patient-centred way.

Pharmac also has a responsibility for “health outcomes that are reasonably achievable”.



Your narrow perspective on technical assessment and budget management, to the exclusion
of patient rights and interests from decisions, are an outcome that effectively discriminates
against patients with rare diseases, and is not a reasonable outcome by any measure.

e Pharmac often emphasises the “tough decision” approach that some will be funded and
others not. That 1s too simplistic and can also be unfair, as it is in this case. There are very
good reasons to adopt an equitable approach that spreads medicine funding across as many
areas of health need as possible, so that no group is completely abandoned. That is the
approach across a wide range of services in our health system and Pharmac should adopt a
similar approach, rather than exclude and abandon certain groups.

As someone representing a family who also has a rare disease, I do not support your intent to
decline treatment for the PNH group or other patients where there are therapie@ disease

S




From: liz marshall

Sent: Thursday, 18 July 2013 5:35 p.m.
To: eculizumabfeedback
Subject: Submission opposing PHARMAC's Proposal to decline a funding application for

Soliris (eculizumab)

To Whom it May Concern;
| SUPPORT PNH patients in New Zealand in their fight to gain access to the lifesaving treatment Soliris.

| OPPOSE PHARMAC's proposal to decline funding for the Soliris treatment. 2@

| support the PNH Support Association's proposition for Equity and Fairness which states;

i. PHARMAC must return to the negotiating table with the supplier of the Soliris treat

il. PHARMAC must negotiate in good faith toward funding Soliris for a mi /@g@z PNH_pati
ili. PHARMAC must establish fair assessment criteria, based on expe@ thei al haematological

community, to assess patient need for the Soliris treatment

iv. ~PHARMAC must amend its Operating Policies an
patients to access life restoring and lifesaving

GO

ure cknowledge the right of rare disease
s in the \a@xample of the Soliris treatment

Yours faithfully

Elizabeth Marshall /\\



From:

Sent: Wednesday, 12 June 2013 4:23 a.m.
To: eculizumabfeedback
Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

To Whom it May Concern;

| support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.
| DO NOT support PHARMAC's proposal to decline funding for the Soliris tr &

| support the PNH Support Association's proposition for Equity and Fairne

i PHARMAC must return to the negotiating table with t upplier of the
treatment

i. PHARMAC must negotiate in good faith toward oliris @1

PNH patients

ERWNE

iii. PHARMAC must establish fair assess ased gxpert advice from the
international haematological community, to tien d‘i he Soliris treatment
iv. PHARMAC must amend its Operati S and sr}) edlres to acknowledge the
right of rare disease patients to accessN| toring ife”saving treatments as in the
specific example of the Soliris treat t
One of my closest friends suffers from PINK @ds aceess _tQ Solitis for the rest of her life. She is a New
Zealander working in Sl .@ ble to r without access to treatment.

Yours faithfully



From: eva farrand

Sent: Wednesday, 31 July 2013 7:32 a.m.

To: eculizumabfeedback

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

{eculizumab)

To Whom it May Concern;

| support PNH patients in New Zealand in their fight to gain access to the life saving tre: @Iiris. @
1 DO NOT support PHARMAC's proposal to decline funding for the Soliris trea&
hich

| support the PNH Support Association’s proposition for Equity and Fairness-w
i. PHARMAC must return to the negotiating table with the su éQ oliris'trea
ii. PHARMAC must negotiate in good faith toward funding c@mini Z PNH patients
ased ol XDE’K@ the international
e S0liris % e

acknowledge the right of rare disease
ecific example of the Soliris treatment

tes:

iii. PHARMAC must establish fair assessment criteria
haematological community, to assess patient ne

iv. PHARMAC must amend its Operating Policie
patients to access life restoring and life sa

Yours faithfully, @ %
Eva Marie Farrand % @



From: President FSGA

Sent: Wednesday, 24 July 2013 11:34 a.m.

To: eculizumabfeedback

Cc: Anne Hunter

Subject: Fabry Support Group Australia's Letter to PHARMAC Re proposal to decline a
funding application for Soliris (eculizumab)

Attachments: FSGA Letter to PHARMAC.pdf

Dear Sue Anne Yee,

RE: Submission to PHARMAC’s proposal to decline a funding application for Soliris® (e m@

Please find attached a letter from the Fabry Support Group of Australia Inc. with r MAC s to
decline a funding application for Soliris®.

A paper version will be posted to you for your file.

| welcome an opportunity to discuss this further either face to face whi @MZ ne;
Kindest Regards, 5%

Megan Fookes
Director
Fabry Support Group Australia Inc. ; S §§§

This transmission is intended for the named recipient may and confidential information. If this comes to you in error
you must not act on anything disclosed in i Ik 3 i dify ,}z’isseminate it any way, or show it to anyone. Piease email the

sender to inform use of the transmissiol g ppertGroup Australia Inc. immediately and delete the email from your
information system.

orover the phone.




SUEPOT. Qroun

—alor \*/ Australia

Therapeutic Group Manager
PHARMAC
Post: PO Box 10 254, Wellington 6143

24th July 2013

Dear Sue Yee,

{LSDP). | would like to express my grave concem in PHARMAC's intention to decli

Soliris® a vital treatment needed by those living with Paroxysmal noc $
In Australia the independent advisory body, Pharmaceutical Bengfjts A pmittee\(PBAC) concluded
that Eculizumab is an effective treatment for those living with P i ary rare and life-threatening

remature death or severe
endation to the Australian

these complications, and therefore improves sympto
iliness associated with PNH. Further information please

{$File/nr153.pdf

For any person who is born with a rar gres aditiondone would believe that it is a basic human right
to access quality care and treatmen e and therefore ethically unfair to withhold vital
treatment for patients with PNH. Thj ¢ the appraisal process by which your neighbouring
country’s independent Advisory, i . PBAC 3 0 its recommendation was one that was

n purely financial grounds. It also has the potential to undermine

at t&posal and be dismayed at what they will perceive as the
i %e;;)o



From: Faith Tapsell

Sent: Wednesday, 31 July 2013 8:30 p.m.
To: eculizumabfeedback
Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

{eculizumab)

To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.

I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.

I support the PNH Support Association's proposition for Equity and Fairness which @ &

i
PHARMAC must return to the negotiating table with the supplier of the Soliris,tr
0

ii.
PHARMAC must negotiate in good faith toward funding Soliris for a miv@ NZ PN

o

ts
ii.

1v

PHARMAC must amend its Operating Policies and Proce
patients to access life restoring and life saving treatmen @1
Yours faithfully

Faith Tapsell @ §§§

ht of rare disease

ow
i a of the Soliris treatment

PHARMAC must establish fair assessment criteria, based on expe from th ational
haematological community, to assess patient need for the Soliris tfea t @
ec



From: Fay Te whare I

Sent: Friday, 19 July 2013 1:02 p.m.

To: eculizumabfeedback

Subject: LDNZ

Attachments: proposition_equity_and_fairness_-_email_submission_template.doc



Please email BOTH

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris (eculizumab)
Email: eculizumabfeedback@pharmac.govt.nz

AND

Subject: Submission in response to PHARMAC's consultation on Decision Critera.
Email: opp@pharmac.govt.nz

To Whom it May Concern; 2;
i atment S Iﬁs.

ii. PHARMAC must negotiate in good faith toward ini of 8 NZ PNH patients

ia> bs agvice from the international
haematological community, to assess & RE¢ iris tceatment

iv. PHARMAC must amend its Operating P

ts affected by this rare disease. The rights of these patients
is paramount in érde bthey may ha ess to life restoring and life saving treatment. These patients

have a fundamentalhiuman ri 0 achieve the goals, to work, to study and be contributing members to
their fami Wmu them this basic right is inhuman and unethical.

0
toa % sponse.
””@

(please include your persona%:? her@o may concern
It is essential that Phar 2 @} table and have informed and educative debate in
3 s tie

Yours faithfully






From: Barbara Holland

Sent: Wednesday, 31 July 2013 1:45 p.m.

To: eculizumabfeedback

ce: LT RS

Subject: submission

Attachments: 130731 PHARMAC endorsement decline funding for eculizumab.doc

Dear Sue Anne Yee

PHARMAC decision to decline funding of eculizumab for patients with PNH.

Yours sincerely
Barbara Holland & Barbara Robson
FWHC Co-Convenors %

Please find attached a submission from the Federation of Women’s Health Councils Aoteam@pon of th



Co-Convenors:
Barbara Holland Barbara Robson

31 July 2013

Sue Amne Yee

Therapeutic Group Manager
PHARMAC

PO Box 10254

Wellington 6143

eculizumabfeedback@pharmac.govt.nz

Submission: Decision to decline funding of eculizumab fo t of patie
with paroxysmal nocturnal hemoglobinuria (PNH).

. FWHC supports the PHARMAC decision to deslige f @§§zumab

Note our previous correspondence 4 Februa : : o 2 mto account
the considerations and recommendation of tle . ttee.

We do acknowledge it is reported t benefits over current
treatment options; also that length o ded for some (but not all)

FWHC cannot find any new &
stated claims that “this
expected norms” n

not been shown to

t” that it “returns life expectancy to
for medical science”. Eculizumab has

ebsite that e been notified as being completed there are no

We continue to emphasise that, without the opportunity
eér-review critique of all the findings, reliance on the

g company of efficacy, safety, and long term benefit

e continue to endorse the current decision criteria used by PHARMAC.

gree that budgetary impact is a valid and significant matter to consider alongside
he1 criteria. We do not find the equity and fairmess claims for this particular patient
4 oup outweigh those of any other claimant group seeking access to new drugs.

We wish to restate our oft-repeated concems about the growing potential for
pharmaceutical companies to use an unbalanced playmng field to ‘educate’ both patient
groups/public about solutions/treatment options to ‘fix the problem’ through using
their particular drug offering, and then purport to have brought an informed public

1

FEDERATION OF
WOMEN'S HEALTH
COUNCILS

AQTEARDA = RIW ZIALARD

&



alongside them. The public can hardly claim to be impartial advocate/decision-makers
in this instance. The small PNH patient group understandably is looking for better
treatment options to improve their lives and we empathise with that. They should not
unnecessarily become pawns trapped in the exorbitant profit-oriented marketing
games of Alexion Pharmaceuticals Ltd.

Yours sincerely

i He U—et /\i
Barbara Holland & Barbara Robson @
Co-Convenors, FWHC @ \




From: OPP Review

Sent: Thursday, 27 June 2013 3:37 p.m.
To: eculizumabfeedback

Subject: FW: Save lives...

From: Fialupe Lotoala

Sent: Wednesday, 19 June 2013 10:12 p.m.
To: OPP Review

Subject: Save lives...

PHARMALC it is unacceptable to let people die when a life saving treatmen

Sent from my iPad



From: Chris Hollis

Sent: Tuesday, 30 July 2013 10:12 p.m.

To: eculizumabfeedback

Subject: Submission to PHARMAC's proposal to decline a funding application for Soliris
Attachments: Submission to Pharmac from FXNZ - July 2013.pdf

Dear Sue Ann Yee,

Please find attached our submission on this decision.
Best regards, @ &
Chris Hollis @ @

Chairperson, Fragile X New Zealand



Subject: Submission to PHARMAC's proposal to decline a funding application for. Soliris
We support the PNH patients in New Zealand in their fight to gai

We DO NOT support Pharmac’s proposed intent to decline

Fragile X New Zealand Trust

30 July 2013

Sue Anne Yee
Therapeutic Group Manager
PHARMAC

Email: eculizumabfeedback@pharmac.govt.nz @
Fax: 04 460 4995

Post: PO Box 10 254, Wellington 6143

Y

%ﬁ%ﬁ lif
nt x
@ able to rely on Pharmac to

ponses from the community. In

atment Soliris.

When Pharmac take this type of consultati
provide accurate and reliable informatio

this consultation you have overstated t 3
exaggerates the likely real cost of treat . i 2011 when Pharmac staff reported

data as the basis for a d
because of the misl

to life: h system has a duty to address their needs in a fair and
P arma% so much emphasis on costs, cost-effectiveness and alternative
t does not address issues of rights, equity, fairness and community values, you
r dutys The Pistrict Health Boards have this duty, and Pharmac is acting as their

are fgiling in
@ ency{Y. use the same decision criteria and priorities that they have.
ients

use of th

w r ses are disadvantaged because their condition is rare, and when treatments

: ;beéom @hey are doubly affected by the high cost and the very small market due to small

nu ¥ is @ denial of their right to health, and contrary to goals of “Equity of access, reducing
j ies and improving health outcomes for individuals and communities will guide our
ionship and decision making”, which are set out in the agreement between DHBs and Pharmac

@ t how you decide things on their behalf.
Decision Criteria: The decision criteria used to assess medicines are not fair for those who are

affected by rare diseases. There should be an additional layer of decision-making for rare diseases
that do not fit the standard cost effectiveness threshold for large populations. These additional



lay 'rs already exist in Australia, England, Scotland ind other plices around the world, cecause they
have recognised that it’s a fair way to deal with the disadvantage of rare dis 2ases.

Pharmac’s assumption that “best health outcomes” as mentioned in its legi lation, can be strongly
ass ciated with calculation >f Quality Adjusted Life fears, is too narrow a view of what i; “best”,
especially when Pharmac’s :alculations do not take into account non-health-sector cost . The
decision criteria should include a broader range of consideratio i1s that are important to patients, so
tha : the decisions are made in a patient-centred way.

Pharmac also has a responsibility for “h 2alth outco 1es that are reasonably achievable”. Your na
per;pective on technical assessment and budget management, to the exclu i tie 1t rig d
interests from decisions, ar ! an outcome that effectively discriminates agai vith(rare
dis -ases, and is not a reasonable outcome by any measure.

Pharmac often emphasises :he “tough decision” ap roach that o ilPbe fanded and othéers not.
That is too simplistic and ca also be unfair, as it is i1 this case e are very sons to adopt
an equitable approach that spreads medicine fundi ig acros, nyareas of health-nexd as

possible so that no group is completely abandoned. Tha roach d e range of
r than exclude and

ser rices in our health syste n and Pharmac should adop u r approachyrathe
abandon certain groups. <§
We do not support your intent to decline tr arthis r other patients where there are

Yours Faithfully

Dr Christop 1er John Hollis, Chair @g:lle

&
&

the -apies for rare diseases. §§

alf of thedrystees)of the Fragile X New Z 2aland Trust



From: L3 T ALY A e e L AL

Sent: Tuesday, 30 July 2013 9:57 p.m.

To: eculizumabfeedback

Subject: Re:Submission on PHARMAC's proposal to decline a funding application for
eculizumab

To whom it may concern,

My name is _ | am a New Zealander and the younger sister of_

has been suffering from the acquired disease PNH for as long as | can re /Hav

|T§§ ?te
who was afflicted with the terrible burden of PNH, it has been heart b i witness-h
struggle to cope with this disease which no medical professional ¢ erany.assistance with to

allow her a normal quality of life.

- accomplished highs of life have all too often bee ptedby predictable lows

that are wrought by living with PNH. Despite this SP\@ ys
she can as a
| g acf that there is nothing to do but *

in between blood transfusions

rmined to achieve all

get on with it”, working her way up

and the daily symptoms of her disea@) TN
@Zealand which would alleviate the symptoms

To now know that a treatment ibilj
of E illness and give h han e her life to the fullest is incredible for me who has
I

rcut by this affliction.

mi

right to life. | can see how short sighted decisions such as this would deter the "brain drain" from

returning to NZ. To say | am disappointed is an understatement.



To now know that-, may not ever be able to return to our mother, family and friends to be a

sister, an aunt and a mother herself, because of a bureaucratic funding decision is inconceivable.

Please consider all the lives which your decisions detrimentally affect including that of my sister
and my family. At the very least the criteria you use to assess such a decision should be without
reproach and based on the correct facts and assessed by the appropriate experts in the field of
PNH. Rare diseases deserve equal consideration to all others. In light of the fact that these are
rare diseases, the drugs to treat them are going to be expensive. This factor needs to be
managed rather than used as a justification to deny access to these life saving treatments. &

@i@
e



From: Gayatri Abeydeera _

Sent: Saturday, 27 July 2013 6:01 p.m.
To: eculizumabfeedback; OPP Review
Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

{eculizumab)
To Whom it May Concern;
I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.
I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment. @
I support the PNH Support Association's proposition for Equity and Fairness which states: @
i. PHARMAC must return to the negotiating table with the supplier of the Soliris

ii. PHARMAC must negotiate in good faith toward funding Soliris for a mini

ili. PHARMAC must establish fair assessment criteria, based on expe
community, to assess patient need for the Soliris treatment

iv. PHARMAC must amend its Operating Policies and Procedure :

life restoring and life saving treatments as in the specific ex b

Please provide the PNH patients with a chang¢e li fundi
benefitted from Soliris personally. It gave ther e~{

Yours faithfully

SO
Australia V V



From: geraldine mehattc I

Sent: Wednesday, 26 June 2013 8:22 p.m,
To: eculizumabfeedback
Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

To Whom it May Concern;

| support PNH patients in New Zealand in their fight to gain access to the life saving treatr@s. z

I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatm

8 NZ PNH patients



From:

Sent: Wednesday, 31 July 2013 10:26 p.m.
To: eculizumabfeedback

Subject: Submission

Attachments: To Whom It May Concern.doc

Please find attached my submission

.
A
@Qf%@@
S5



To Whom It May Concern,

I am writing to express my concern about Pharmac not funding the medication
eculizumab for the PNH sufferers. My partner # suffers from
PNH and although she isn’t as severe as some of the other cases at this
stage, | want to be able to have a future with her being happy and healthy and
if she needs this medication at a later stage, | would want her to be able to

access it.

| realise that this medication costs a lot of money, but how can you
on the life of a person just because they have a disease that is
just my that is suffering and if this letter goes a little
change the decision of the company, | really hope it does.

Please think about this and how it can help a handful %%g
quality of life.

ive.a b%
Yours sincerely @:; @%\E




From: Hardy, Gil
Sent: Wednesday, 31 July 2013 8:02 p.m.

To: eculizumabfeedback

Subject: Submission to PHARMAC'S proposal to decline a funding application for Soliris

{eculizumab)

To whom it may concern:

| support the PNH patients in New Zealand in their fight to gain access to the lifesaving treatment Soliri

| DO NOT support Pharmac’s proposed intent to decline this treatment

® &
cted b

When Pharmac take this type of consultation to the public | should be a
provide accurate and reliable information that will help guide re S
this consultation you have overstated the number of people affect
exaggerates the likely real cost of treatment. You did thi
reported to the Board that there would be up to 100 aff
disease. That treatment was declined, and it looks

) decline Soliris, again
should withdraw this

consultation because of the misleading informatiQn.i ichi§ ~to skew responses from the
public. .
These patients have a right to life. O aJth systémchas\a duty to address their needs in a fair

Id

as their purchasing agen e decision criteria and priorities that they have.

Bl

and equitable way. When Phar laces’so emphasis on costs, cost-effectiveness and
alternative use of the money, 0€s not ad sues of rights, equity, fairness and community
values, you are failing in yo . Dis @ Boards have this duty, and Pharmac is acting
S
are

Patients with rape ntaged because their condition is rare, and when

treatments becom ble t bly affected by the high cost and the very small market
due to small Itis a f their right to health, and contrary to goals of “Equity of
access, reduci ities and improving health outcomes for individuals and communities will
guide j i a%ﬁon making”, which are set out in the agreement between DHBs
and

out ecide things on their behalf.

Cri % ecision criteria used to assess medicines are not fair for those who are
di
5

ases. There should be an additional layer of decision-making for rare diseases

that do tandard cost effectiveness threshold for large populations. These additional
laye y exist in Australia, England, Scotland and other places around the world, because they
h ised that it’s a fair way to deal with the disadvantage of rare diseases.

mac’s assumption that “best health outcomes” as mentioned in its legislation, can be strongly
associated with calculation of Quality Adjusted Life Years, is too narrow a view of what is “best”,
especially when Pharmac’s calculations do not take into account non-health-sector costs. The
decision criteria should include a broader range of considerations that are important to patients, so
that the decisions are made in a patient-centred way.



e Pharmac also has a responsibility for “health outcomes that are reasonably achievable”. Your
narrow perspective on technical assessment and budget management, to the exclusion of patient
rights and interests from decisions, are an outcome that effectively discriminates against patients
with rare diseases, and is not a reasonable outcome by any measure.

e  Pharmac often emphasises the “tough decision” approach that some will be funded and others
not. That is too simplistic and can also be unfair, as it is in this case. There are very good reasons to
adopt an equitable approach that spreads medicine funding across as many areas of health need as
possible so that no group is completely abandoned. That is the approach across a wide range of
services in our health system and Pharmac should adopt a similar approach, rather than exclude
and abandon certain groups.

¢ | do not support your intent to decline treatment for this group or other pag nts where thefelare

therapies for rare diseases.

Gil Hardy PhD FRSC @
Professor of Clinical Nutrition

Te Kura Hangarau o Kai-oranga-a-tangata @

Massey University Albany Campus @@ @

2




From:

Sent: Wednesday, 5 June 2013 9:44 a.m.

To: eculizumabfeedback

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris
(eculizumab)

To Whom it May Concern;

1 support PNH patients in New Zealand in their fight to gain access to the life saving trea oliris.

1 DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment

| support the PNH Support Association's proposition for Equity and Fairness v& H
e Sol
ihimu

i. PHARMAC must return to the negotiating table with the supplier

ii. PHARMAC must negotiate in good faith toward funding Soliri

haematological community, to assess patient need fo

iv. PHARMAC must amend its Operating Policies a
patients to access life restoring and life savin

the lives of the adults at least think of
. Especially when this CAN be prevented!




From:
Sent:
To:
Subject:

Attachments:

To:
Sue Anne Yee

PHARMAC

Therapeutic Group Manager g@ @

Tuesday, 30 July 2013 1:00 p.m.
eculizumabfeedback

Submission to PHARMAC's Proposal to decline a funding application for Soliris
(eculizumab)

proposition_equity_and_fairness_-_email_submission_template.doc




29" July 2013
To Whom it May Concern;
| support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.
I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.
I support the PNH Support Association's proposition for Equity and Fairness which states:
i. PHARMAC must return to the negotiating table with the supplier of the Soliris treatment
ii. PHARMAC must negotiate in good faith toward funding Soliris for a minimum of 8 NZ PNH patients
iii. PHARMAC must establish fair assessment criteria, based on expert advice fro e internation
haematological community, to assess patient need for the Soliris treatment
iv. PHARMAC must amend its Operating Policies and Procedures to ackn ightef r
disease patients to access life restoring and life saving treatments asi cific exa e
Soliris treatment

As parents with a_ we know first hand what6.di nce to daughters life,

receiving vital treatment makes. She currently receives i hich she would
B ngnoge gg v and almost normal

to live
appreciate the help she
e'very sad to hear that
?mmg patients to a life of







From: Tony Peerson I

Sent: Tuesday, 30 July 2013 8:55 p.m,
To: eculizumabfeedback

Subject: Attn Ms Yee

Attachments: Letter to Pharmac 30.7.13.doc
Dear Ms Yee

Please find attached a submission from the Guillain Barre Syndrome Support Group NZ in respect of your intention
to decline funding for Soliris
A.R.Pearson



N;w Eiglam!

Guillain—Barré Syndrome
Support Group New Zealand Trust

www.gbsnz.org.nz

Registered N.Z. Charity No. CC20639 Charities Act 2005

Sue Anne Yee

30" July 2013.

Therapeutic Group Manager

PHARMAC

PO Box 10 254, Wellington 6143

Subject: Submission to PHARAMC’S proposal to decline a funding application for Soliris

(eculizumab)
Dear Ms Yee

We support the PNH patients in New Zealand in their fight to gain access to tr@em Soliris.

We DO NOT support Pharmac’s proposed intent to decline this treatme

Patients with rare diseases are disadvantaged because their con
available they are doubly affected by the high cost and the ye
denial of their right to health, and contrary to goals of ”Equ(v
health outcomes for individuals and communities will
set out in the agreement between DHBs and Ph

should be an additional layer of decisi

effectiveness threshold for large p} tions: es
Scotland and other places around h@r , becau
the disadvantage of rare diseasés’

arm
The decision criteria used to assess medici?% fair ford a\; e

@

Sire, an atments become

ark e all numbers. It is a
S, I @qualities and improving

atio % cision making”, which are

o&t fngs on their behalf.

Ho are affected by rare diseases. There
segses that do not fit the standard cost
ayers already exist in Australia, England,

for €a

ve recognised that it’s a fair way to deal with

Pharmac also has a resp “h ?comes that are reasonably achievable”. Your narrow
perspective on techpieal a ent an management, to the exclusion of patient rights and
interests from decisi rﬁ;a no effectively discriminates against patients with rare diseases,
andis notare le dutcome b asure.

Pharmac.often e sisesw
i an
pre

“tough decision” approach that some will be funded and others not. That is

e uqfair, as it is in this case. There are very good reasons to adopt an equitable

o

ine funding across as many areas of health need as possible so that no group is

too simpl
ap
t ba . T‘Q{tais the approach across a wide range of services in our health system and
o}

PRIag should(ad

R Pearson
gtary

Patron: Hon Steve Chadwick
President: Ken Daniels
Secretary: Tony Pearson
Treasurer: Peter Scott

National Co-ordinator: Jenny Murray Q>M.
Medical Advisor Gareth Parry ONZM. MB. ChB. FRACTE.

r rare diseases.

milar approach, rather than exclude and abandon certain groups.

ort your intent to decline treatment for this group or other patients where there are




From: Hamish Williamson |||

Sent: Saturday, 20 July 2013 3:51 p.m.
To: eculizumabfeedback; OPP Review
Subject: Soliris

Re: Submission opposing PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

To Whom it May Concern; &

| SUPPORT PNH patients in New Zealand in their fight to gain access { esaving
Soliris.
| OPPOSE PHARMAC's proposal to decline funding for the Solii ent.

| support the PNH Support Association's proposition for qu@ irnes tes:
1. PHARMAC must return to the negotiating t e s@he Soliris treatment
2. PHARMAC must negotiate in good fait uridin iFi a minimum of 8 NZ PNH
patients
3. PHARMAC must establish fair asse@l
nt need for the Soliris treatment
ahd Procedures to acknowledge the right of

international haematological ¢ ity, to as
4. PHARMAC must amend i g
re

rare disease patients ’@ y lifesaving treatments as in the specific

example of the Soliris nt
Please do the hum j d consi plight of the unfortunate people suffering from PNH, and

do what you can to

Thanks. V ' V
Yours fait@ ®
Hami son.

X
&



From: Heather Morgan

Sent: Tuesday, 30 July 2013 9:28 p.m.

To: eculizumabfeedback

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

{eculizumab)

To Whom it May Concern;
| support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.

Whilst | understand there are many factors to consider, | would respectfully beseech you to return egotiatin le

the supplier of the Soliris treatment and negotiate toward funding Soliris for those patients nee i rvive
| support the PNH Support Association's proposition for Equity and Fairness which stat

1. PHARMAC must return to the negotiating table with the supplier of the Soliris'tre nt

ii. PHARMAC must negotiate in good faith toward funding Soliris for a n@%@ NZ P

iii. PHARMAC must establish fair assessment criteria, based on ex c m the "

community, to assess patient need for the Soliris treatment

pnal haematological

&

iv. PHARMAC must amend its Operating Policies and Proc = cknowledge right of rare disease patients to
access life restoring and life saving treatments as in iccexample e Soliris treatment

e with t @emselves and must rely on PHARMAC to do
u 'number over benefits for 40,000 others, this will
It.

lease continue to negotiate until it is affordable to
fund.

Yours faithfully

H Morgan



From; Y S T RN

Sent: Sunday, 2 June 2013 2:41 p.m.
To: eculizumabfeedback
Subject: Soliris

To Whom it May Concern;
| support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.
| DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.

1 support the PNH Support Association's proposition for Equity and Fairness which states;

i.  PHARMAC must return to the negotiating table with the supplier of the S
ii. PHARMAC must negotiate in good faith toward funding Soliris for a
jii.

. ight of rare disease

ple of the Soliris treatment

This drug is life-saving. It is not a perk, or something th ‘ ;;lce to have; it is necessary to save
these people’s lives. What price someone’s life? If | re i N nd\Mre>was il with this disease, and there was

treatment available... but you unfortunately you throw up your hands, say “l can’t
afford it”, and let him die? | know the par hese eight people. They are nice people
They are loving people. They are the sor ything they can... but they are not rich. And they
are stressed out of their brains trying to onderful son so that their grandchlld can keep his

human lives. Why would you

@@f

Yours faithfully




From: Heidi Brickell _

Sent: Tuesday, 30 July 2013 1:11 p.m.
To: eculizumabfeedback
Subject: Letter of support for the funding of Soliris in New Zealand for PNH Sufferers

To Whom it May Concern;
| support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.
| DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.
I support the PNH Support Association's proposition for Equity and Fairness which sta @
i. PHARMAC must return to the negotiating table with the supplier of t %& atment @
iRjm

ii. PHARMAC must negotiate in good faith toward funding Soliris fo \a"r% of SNZP atients

iii. PHARMAC must establish fair assessment criteria, based o i international
haematological community, to assess patient need for the So{ﬂs eatm

iv. PHARMAC must amend its Operating Policies and P ackdow e right of rare disease
patients to access life restoring and life saving treatm sp e of the Soliris treatment

It is not acceptable to risk these people’s lives by jeap r access ent. | have also heard that the
actual price that has been offered to you by the compa on i ' lower than what you, Pharmac, have
been publicizing. | know the real cost that has been by the %' y'can’t be published because of

S

f@') ’'in a consultuation to the public.

confidentiality, but it is so unfair of you to sent this

You are a department hired by the gov. ose @ ibility it is to provide accessible health care, and
quality of life to those who need it, € dre‘enhough fu eat people for this disease which is not their fault.
Why not borrow from some of t imed

their lives on cruise ships?

the baby boomers, who own two homes already, and spend

b estern ¢ s well as in Asia and the Middle east, | urge you to look at the
ic‘considerationys)and the social justice in considering how unfair it is to deny thse

people access bu% Aﬁ@y of the diseas, which they can not help.



From: Hefana Middlemiss [

Sent: Tuesday, 16 July 2013 7:55 a.m.
To: eculizumabfeedback; OPP Review
Subject: Submission opposing PHARMAC's Proposal to decline a funding application for

Soliris {eculizumab)

Submission opposing PHARMAC's Proposal to decline a funding application for Soliris (eculizumab)
To Whom it May Concern;

I SUPPORT PNH patients in New Zealand in their fight to gain access to the lifesaving treatment Solig
| OPPOSE PHARMAC's proposal to decline funding for the Soliris treatment.

I support the PNH Support Association's proposition for Equity and Fairness which states;

1. PHARMAC must return to the negotiating table with the supplier of the Splitis trea

ii. PHARMAC must negotiate in good faith toward funding Soliris for a

iii. PHARMAC must establish fair assessment criteria, based on ex nal haematological

community, to assess patient need for the Soliris treatmen

e the'xjght of rare disease patients to
iris treatment

iv. PHARMAC must amend its Operating Policies and Proce
access life restoring and lifesaving treatments as in t

Yours faithfully
Helana Middlemiss %

This ¢ 7 is confidential and may be legally privileged. If you have received it by mistake you must not use, disclose, copy or retain it. Please
immedj y return e-mail and then delete the e-mail concemed

b% Please consider the environment before printing this e-mail



From: Helena Skalova

Sent: Saturday, 1 June 2013 9:15 p.m.
To: eculizumabfeedback

Subject: submission

To Whom it May Concern;
| support PNH patients in New Zealand in their fight to gain access to the life saving treatm%t Soliris.

I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatme @
| support the PNH Support Association's proposition for Equity and Fair

; vhich state%
i. PHARMAC must return to the negotiating table with the s ier'ofthe Solir tment

ii. PHARMAC must negotiate in good faith toward fundi i NZ PNH patients

iii. PHARMAC must establish fair assessment criteria) advice from the international
haematological community, to assess patien iri @ nt

iv. PHARMAC must amend its Operating Policies owledge the right of rare disease

patients to access life restoring and life sav
treatment
Yours sincerely @
Helena Skalova % ; %

specific example of the Soliris



From: YL

Sent: Monday, 8 July 2013 11:36 a.m.
To: eculizumabfeedback
Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

To whom it concerns,
Regarding PHARMAC's intention not to fund Soliris:

| believe the above stated intention is wrong for the following reasons:

First and foremost the Soliris treatment is a life saving treatment. /t works¥lt'e ds’the life
patients by an average of 32.5 years.

These patients have the highest need for this treatment. Unlike oth ease’ he&&bo
treatment options for PNH suffers, therefore it is the duty of the d Go {by extension
PHARMAC) to provide the Soliris treatment to those New Ze tne a

PHARMALC raised the possible “health gains” of a non-s @n a non-specified area

Hsufferers. We are talking about
st be funded!

In the call for submissions on this issue, PHAR € rn about giving PNH patients and their
families “certainty about a decision”. L3 atients and their families would far prefer
the certainty that they will be aliverat e has been made.

The fact that PNH is a rare conditi aff; mall number of New Zealanders should most definitely
not be a factor in the decision-making criteri is important is that the Soliris treatment is the

Ol
solution for PNH sufferers, % dless i ew or many. The Soliris treatment restores normal life
expectancy and allo, al functioni NH suffers. It works, it’s proven, it must be provided!

There is no al thgo e%@ by PNH, there are no other options to consider or evaluate. It
comes do A . nt and living, or not having Soliris treatment and dying 30+ years to
soon.

The abovefacts,

the decision und the treatment. New Zealand has the ability to save the lives of these citizens
and that e overridingfactor in this process. The Soliris treatment must be funded!

The maj n given by PHARMAC for denying New Zealand’s PNH suffers treatment is cost. Cost must
not hea factor in deciding whether to provide New Zealand citizens a proven, life saving treatment that
they e. The issue of cost should be handled after the right to receive this life saving treatment is

delivered to these citizens by their government.

In this situation it is up to PHARMAC to negotiate, on behalf of New Zealanders, the most advantageous
deal to supply the treatment, and not to deny New Zealanders life because they could not negotiate a
solution.



PHARMAC must return to negotiations with the mandate to find a solution.

PHARMAC must establish fair assessment criteria, based on expert advice from the international
haematological community, to assess patient need for the Soliris treatment

PHARMAC must amend its Operating Policies and Procedures to acknowledge the right of rare disease
patients to access life restoring and life saving treatments as in the specific example of the Soliris

treatment

Sincerely and with the utmost conviction,




From: J Kerr

Sent: Tuesday, 4 June 2013 8:29 p.m.

To: eculizumabfeedback

Subject: Submission to PHARMAC's Proposal to decline a funding

To Whom it May Concern;

| support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.
I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.

| support the PNH Support Association's proposition for Equity and Fairness whic

i. PHARMAC must return to the negotiating table with the supplier of t iris

ii. PHARMAC must negotiate in good faith toward funding Soliris f inimum of

iii. PHARMAC must establish fair assessment criteria, based vice fy
haematological community, to assess patient need for the

iri tm %
iv. PHARMAC must amend its Operating Policies and Pro @e toac dgethe right of rare disease
patients to access life restoring and life saving treat ts.as1in th@e ample of the Soliris treatment

Save lives, do the right thing! @ @
Yours faithfully @ @ g
JK. G% %




From: Jade Farley [

Sent: Monday, 17 June 2013 11:47 a.m.
To: eculizumabfeedback
Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

{eculizumab)

To Whom it May Concern;

| support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.
I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment. @ ( § z :
I support the PNH Support Association's proposition for Equity and Fairness which’sta

liris tr

i. PHARMAC must return to the negotiating table with the supplier.of th

ii. PHARMAC must negotiate in good faith toward funding S

iii. PHARMAC must establish fair assessment criteria, bas
haematological community, to assess patient need for,

iv. PHARMAC must amend its Operating Polici %é C dure/t\s% ledge the right of rare disease
patients to access life restoring and life savin % asi Se\%nﬁ example of the Soliris treatment

This issue directly affect somebody 1 onallya
funding decision as I believe every: 0 ayeltk

Yours faithfully % %E% :
Jade Farley :

urgé PHARMAC to urgently reconsider it’s
t to life saving medicine in New Zealand.



— e — — R — — —

From: James Frovich

Sent: Tuesday, 4 June 2013 4:43 p.m,

To: eculizumabfeedback

Subject: This is unacceptable to let people die when a life saving treatment is available.
Attachments: proposition_equity_and_fairness_-_email_submission_template.doc

This is unacceptable to let people die when a life saving treatment is available. Let them live!



Please email BOTH

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris (eculizumab)
Email: eculizumabfeedback@pharmac.govt.nz

AND

Subject: Submission in response to PHARMAC's consultation on Decision Critera.
Email: opp@pharmac.govt.nz

To Whom it May Concern; %;

I support PNH patients in New Zealand in their fight to gain access to the Iii& atment S hs
atment.

I DO NOT support PHARMAC's proposal to decline funding for the Soliri
I support the PNH Support Association's proposition for Equity an <Q s which :
i. PHARMAC must return to the negotiating table wit @r of t @eatment
i @y@@ of 8 NZ PNH patients
iii. PHARMAC must establish fair assessment crite

haematological community, to assess patientne iris tteatment

ii. PHARMAC must negotiate in good faith towar Soliris f

iv. PHARMAC must amend its Operating Poljci ; o acknowledge the right of rare
disease patients to access life restoring and life sz ents as in the specific example of the
Soliris treatment

{please include your persona@ her:
Yours faithfully ; ; %; §



Please email BOTH

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris (eculizumab)
Email: eculizumabfeedback@pharmac.govt.nz

AND

Subject: Submission in response to PHARMAC's consultation on Decision Critera.
Email: opp@pharmac.govt.nz

To Whom it May Concern; 2;

I support PNH patients in New Zealand in their fight to gain access to the Ii& atment So
I DO NOT support PHARMAC's proposal to decline funding for the Soliristreatment,
I support the PNH Support Association's proposition for Equity and Faitife ich )

eatment

r of%
% of 8 NZ PNH patients

fert agdvice from the international

Soliris treatment

(please include your persona

o
O%5>
G



From:

Sent: Thursday, 18 July 2013 10:42 p.m.

To: eculizumabfeedback

Cc: _

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

{eculizumab)

To whom it may concemn.

I am writing this submission to you as the New Zealand born partner of a current su from the P&
condition.

was diagnosed with this condition some 15years ago and has live
1ssues 1n the intervening vears. It has now come to a point where there is litt

will have on her own personal health and well-being but also beca xiled from her
home country and her family because of your current stance on the

I 2ud 1 both Tive ir

exiled from my homeland and my family as well. T have
- finds herself in a very lucky position to ible'to b this medication; my thoughts go

changing medication Soliris. I use the term “life-changing” not only to highlightthe efféet this'‘medication
t10

0 will effectivelv be

out to her fellow sufferers in New Zealand who s opportunity. They face a very
uncertain future and this must place a huge-strain health and piece of mind but also

i t in a position where their very existence
r first world countries around the world
enough to suffer from PNH and other rare

is controlled by a state-run agency
provide an appropriate level of careé

I support PNH pa in their fight to gain access to the life-saving treatment Soliris.
IDO NOT sufy gsal to decline funding for the Soliris treatment.

afion's proposition for Equity and Fairness which states:
shreturn to the negotiating table with the supplier of the Soliris treatment.

epnational haematological community, to assess patient need for the Soliris treatment
PHARMAC must amend its Operating Policies and Procedures to acknowledge the right of

rare disease patients to access life restoring and life-saving treatments as in this specific
example of the Soliris treatment

Yours sincerely,



This e-mail may contain confidential and/or privileged information. If you are not the intended recipient (or
have received this e-mail in error) please notify the sender immediately and delete this e-mail. Any
unauthorised copying, disclosure or distribution of the material in this e-mail is prohibited.




From: Jan Marner

Sent: Wednesday, 5 June 2013 2:14 p.m.

To: eculizumabfeedback

Subject: submission

Attachments: proposition_equity_and_fairness_-_email_submission_template.doc



Please email BOTH

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris (eculizumab)
Email: eculizumabfeedback@pharmac.govt.nz

AND

Subject: Submission in response to PHARMAC's consultation on Decision Critera.
Email: opp@pharmac.govi.nz

To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the lif in atment S I}T'\y.

i. PHARMAC must return to the negotiating table wit

liris f “%’H of 8 NZ PNH patients

éd on Re}‘( vice from the international

ii. PHARMAC must negotiate in good faith towar

iii. PHARMAC must establish fair assessment

haematological community, to assess pati for th o i5 treatment
iv. PHARMAC must amend its Operating Policiesand o acknowledge the right of rare

disease patients to access life r and life @ ents as in the specific example of the

Soliris treatment
it is sick & unacceptable tha bee eady. These poor people, knowing that there is
help for them, but our gove 3 ough about them. Maybe if we stopped sending so much
money overseas every yé yould have-n 0 look after our own!!! 1 only came to know about this
due to a news artij q little boy'y ds this medicine. | DO NOT know him personally, but even |
care enough to make weékly donations tohis cause, | have spread the word about it & have returned this
submission butere p rs%«hat I can! PHARMAC should and COULD be doing a lot more!!!

Shame cit

SO

Jan Marrer



From: Jane Heyward

Sent: Friday, 21 June 2013 2:46 a.m.
To: OPP Review; eculizumabfeedback
Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

{eculizumab)

To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.

1 DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment. &
I support the PNH Support Association's proposition for Equity and Fairness which stat @

1. PHARMAC must return to the negotiating table with the supplier of the Sofiris tment

ii. PHARMAC must negotiate in good faith toward funding Soliris for a-minimuin of 8 N patients

iii. PHARMAC must establish fair assessment criteria, based on
haematological community, to assess patient need for the

rnational
en

t
iv. PHARMAC must amend its Operating Policies and Pro : % eright of rare disease
patients to access life restoring and life saving treat the s xairiple of the Soliris treatment

Why on earth would you deny treatment? @ ; ;
Yours faithfully
Jane Hegard ég@ @

&

duding its attachments, is COMPANY CONFIDENTAL and may contain PROPRIETARY or
ormation. If you are not the intended recipient, you are hereby notified that any use,
distribution of this message or any of the information included in it is unauthorized and strictly

efved this message in error, please immediately notify the sender by reply e-mail and permanently

message-arid its attachments, along with any copies thereof. Thank you



_
Fom:  Roblawson B 2o e
Sent: 9 July 2013 1:57 p.m.
To: feedback
Attachments: Pharmac's intent to decline Soliris 2013.docx
Jane Lawson



To provide feedback, please submit it in writing by Wednesday, 31 July 2013 to:

Sue Anne Yee
Therapeutic Group Manager
PHARMAC

Email: eculizumabfeedback@pharmac.govt.nz
Fax: 04 460 4995
Post: PO Box 10 254, Wellington 6143

Subject: Submission to PHARAMC'S proposal to decline a funding application for Soliris 3

{eculizumab)
To whom it may concern:
I Vi

I support the PNH patients in New Zealand in their fight to gain access t& ing treat @t
Soliris.

I DO NOT support Pharmac’s proposed intent to decline this trea @

e When Pharamc takes this type of consultation e able to rely
on Pharmac to provide accurate and will help guide
responses from the community. In ave overstated the
number of people affected with P - exaggerates the likely real
cost of treatment. You did thi i harmac staff reported to the

Board that there would be up to fe tS in New Zealand with Pompe
disease. That treatmen clined, ﬁ as though you intend to decline
Soliris, again with dubi s thé.b \f a decision. This is not acceptable and
withdraw this co g@as ing information in it, is likely to skew
responses the

public.
¢ Patient it&%ﬁise nied of their right to health, and contrary to goals
of “Egli access, reducing inequalities and improving health outcomes for

nd communities will guide our relationship and decision making”, which
gréement between DHBs and Pharmac about how you decide

D eria: The decision criteria used to assess medicines are not fair for

o are affected by rare diseases in New Zealand. There should be an

ional layer of decision-making for rare diseases that do not fit the standard cost

ffectiveness threshold for large populations. These additional layers already exist in

@ Australia, England, Scotland and other places around the world, because they have
recognised that it’s a fair way to deal with the disadvantage of rare diseases.

I do not support your intent to decline treatment for the PNH group or other patients where there
are therapies for rare diseases.







I
From: e
Sent: Wednesday, 31 July 2013 5:27 p.m.
To: eculizumabfeedback
Subject: Proposal to decline funding for Soliris
Attachments: PHARMAC soliris submission.docx

Please see attached my submission against the current proposal.

Sent from my iPhone




31 July 2013

To Whom It May Concern

I am writing in support of New Zealand PNH sufferers seeking funding of the drug Soliris following
news of PHARMAC's proposal to reject funding for it. | do so as a result of my first hand experience
watching the deterioration of the health of a very good friend who has this condition,_.

N,
[T QN
X
I now know, following her diagnosis some years ago, that these are jus&qnf}er}sym to

and that they are far more serious than | could have guessed at thg/}'ime -

usually as a result of an infection that most of us would
by her medical care that she is at increased risk of ot
considerable danger to her. These symptoms,

— have become far @Wﬂpla e, \m\t)ng her doctors to urge her

onto Soliris.
eaning that patients have less fatigue

currently lives in - the treatment

This treatment prevents the destr

and require blood transfusion
without funding is completely prohibitive.
r life as once commenced there is the risk of

is funded by-. o t eer
In addition, the treatmer{%} ontj
increased destructi ’bﬁ%@o dc ing the condition.

H
& receiv% ently under the ||l it PHARMAC does not

s, she will be unéble to return to NZ to live and work (I understand that New

Iﬁ\ t to apply funding for this drug). This in effect places her “in

am a New Zealander living abroad - While currently
ere, | would hope one day to be able to return to work in New Zealand. If
suc NH that required certain treatment, | would hope that | would have access
y home country, and not feel that | had to live away from family and my
his is what | hope for=, who has gone through so much on her own over in

out it, she faces, amongst other things, reduced lifespan, and reduced quality of life
duii e time she has.

‘ the extensive funding made for drugs for lifestyle conditions, | do not find this a fair or just
roach — those with PNH do not contribute or cause their condition through diet and lifestyle. In

fact- is and always has been a healthy active person until PNH effects prohibited it.



- is a smart, intelligent, motivated person who would love to return to NZ in the future. The
skills she has acquired both in her professional career- and as a participant in the PNH
support system in g% are highly valuable to New Zealand and would be wasted if she were never
able to return to pass those on due to her health requirements.

I understand that PHARMAC has itself recognised the benefits Soliris can have to PNH sufferers. |
request that you do not discriminate against New Zealanders who are unfortunate enough to have a
rare disease and that you reconsider your proposal not to fund this treatment.

I support PNH patients in New Zealand in their fight to gain access to the life saving
treatment Soliris. &

o

I DO NOT support PHARMAC's proposal to decline funding for the me
I support the PNH Support Association's proposition for Equi irnéss
states:
i. PHARMAC must return to the negotiating table wi supplier iris
treatment

ii. PHARMAC must negotiate in good faith towa

NZ PNH patients @
b criteri

ii. PHARMAC must establish fair ass
the international haematological ¢

g Saliri inimum of 8

se5 expert advice from
s patierit need for the Soliris

treatment
iv. PHARMAC must amend i C Procedures to acknowledge
the right of rare disease pa S storing and life saving treatments as

in the specific example’of

Yours faithfully @ %
- ; A
2 2>

-\
@
%%

@@@




From: Janine Clarkson

Sent: Tuesday, 4 June 2013 8:06 p.m.
To: eculizumabfeedback
Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

To Whom it May Concern;
I support PNH patients in New Zealand in their fight to gain access to the life saving treat t Soliris.

1 DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.

3. PHARMAC must establish fair assessment criteria, based o
haematological community, to assess patient need for the

4. PHARMAC must amend its Operating Policies and
patients to access life restoring and life saving tr.

RS

Janine Clarkson @
@va@
A N
Lninﬁg A%




From:

Sent: Monday, 22 July 2013 8:48 p.m.

To: eculizumabfeedback

Subject: Voicing our displeasure

Attachments: Pharmac's intent to decline Soliris 2013.docx

To whom it may concern;

Find attached a formal submission which outlines not only my feeling and opinions but my families

and friends. We have a son who recently has been diagnosed with a rare disease and

understand first hand the trials and pressure this puts people under. To take any hop&
Pwh

families have for the week being of there children (no matter what the cost
this society/country is about.
I thank you for your time, and | encourage you to think long and hard

be set, and how you would feel if you were in our position.
Thanks again and if you have any questions feel free to contact me.

Cheers @
!en' rom my !!otoro/a ATRIX2 @ @

PA
SHF



To whom it may concern:

I support the PNH patients in New Zealand in their fight to gain access to the lifesaving treatment
Soliris.

I DO NOT support Pharmac’s proposed intent to decline this treatment.
* When Pharamc takes this type of consultation to the public I sh @e to
on Pharmac to provide accurate and reliable informatio il hel i
responses from the community. In this consultation oG h oversta @
number of people affected with PNH which in turn over

cost of treatment. You did this back in 2011 wh ac staf to the
Board that there would be up to 100 affected W and. with Pompe
disease. That treatment was declined, and j nd to decline
Soliris, again with dubious data as the basisq '\{/not acceptable and
you should withdraw this consultation beeat i ing information in it,
which is likely to rom the public.

needs in a fair and equitg u@. . When'R nag places so much emphasis on costs,

ative 0 oney, but does not address issues of
co lues; you are failing in your duty. The
uty, and Pharmac is acting as their purchasing

ision criteria and priorities that they have.

rights, equity,
District Health
agency. Yo

® %\r\% ar v are disadvantaged because their condition is rare, and
e come available they are doubly affected by the high cost and the

3 due to small numbers. It is a denial of their right to health, and
ontrar to;o s of “Equity of access, reducing inequalities and improving health

eatme

« 0]

% r individuals and communities will guide our relationship and decision
ng% which are set out in the agreement between DHBs and Pharmac about how
Qo ecide things on their behalf.

: ¢ Decision Criteria: The decision criteria used to assess medicines are not fair for

those who are affected by rare diseases. There should be an additional layer of
decision-making for rare diseases that do not fit the standard cost effectiveness



threshold for large populations. These additional layers already exist in Australia,
England, Scotland and other places around the world, because they have recognised
that it’s a fair way to deal with the disadvantage of rare diseases.

e Pharmac’s assumption that “best health outcomes” as mentioned in its legislation,
can be strongly associated with calculation of Quality Adjusted Life Years, is too
narrow a view of what is “best”, especially when Pharmac’s calculations do not take
into account non-health-sector costs. The decision criteria should include a broader
range of considerations that are important to patients, so that the decisions are
made in a patient-centred way.

* Pharmac also has a responsibility for “health outcomes tha reason *ﬂSD
achievable”. Your narrow perspective on technical assess bué(ae\ntﬁ
management, to the exclusion of patient rights and interes @ision
outcome that effectively discriminates against patients wij e diseases, an

a reasonable outcome by any measure.
* Pharmac often emphasises the “tough decision” apg

oup is completely
abandoned. That is the approach acr% 3 er ervices in our health
system and Pharmac should adop appr er than exclude and
abandon certain groups. B\E§ T"L 3? :

| do not support your intent to decline tr ent th@ or other patients where there

are therapies for rare diseases.

Q
SOL®
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From: Jen Schroder

Sent: Monday, 3 June 2013 5:53 p.m.
To: eculizumabfeedback; OPP Review
Subject: Soliris

To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.

| DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment. @
I support the PNH Support Association's proposition for Equity and Fairness which

i.  PHARMAC must return to the negotiating table with the supplier treatme

ii. PHARMAC must negotiate in good faith toward funding Sollr a mini PNH patients

iii. PHARMAC must establish fair assessment criteria, ba rt adw e/fr' international

5
haematological community, to assess patient need for the Soliris't

iv. PHARMAC must amend its Operating Pohcnes ures t ge the right of rare disease
patients to access life restoring and life savmg tr in thé ample of the Soliris treatment

I support a Charity for a little boy named
have dedicated their lives to fundraisi
children alive if they have a conditi
hinging on his family and fr/end
your decision carefully.

Yours faithfully @ x
Jen Schrod ®

this medication. His family

. Every parent should be able to keep their
. ‘That a little boy, so full of potential, has his life
ds of dollars is not fair. Please consider



From: i A,

Sent: Monday, 17 June 2013 6:30 p.m.
To: eculizumabfeedback
Subject: Submission re funding for Soliris

To Whom it May Concern;
I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.

| DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.

| support the PNH Support Association's proposition for Equity and Fairness which sta @

i. PHARMAC must return to the negotiating table with the su pplier of the Soli t

ii. PHARMAC must negotiate in good faith toward funding Soliris for a mi of\&NZ PNH pat

iii. PHARMAC must establish fair assessment criteria, based on exp ice from t t: tional
haematological community, to assess patient need for the Soli ment

iv. PHARMAC must amend its Operating Policies and Procedu nowled -; ht of rare disease

patients to access life restoring and life saving treatm s ample of the Soliris treatment
| have a friend who for many years has been in and o %wit e ~With the life-saving treatment
Soliris her quality of life and life expectancy would be grea and.ingre

ased. There is no alternative to
this treatment and | urge PHARMAC to reconsider it jon tg

ding for the small number of New
Zealand PNH patients who so desperately r@

Yours faithfully @\ &
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From: Jessica Copping

Sent: Friday, 31 May 2013 9:43 p.m.

To: eculizumabfeedback

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

{(eculizumab)

To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.

1 DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.

I support the PNH Support Association's proposition for Equity and Fairness which sta @
i.  PHARMAC must return to the negotiating table with the su pplier of t@ atment

of 8N H patients

ii. PHARMAC must negotiate in good faith toward funding Soliris for

DN

iii. PHARMAC must establish fair assessment criteria, based on

iv. PHARMAC must amend its Operating Policies and P
patients to access life restoring and life saving trea

What if it was your son, your daughter, yo ouse who is medicine to live? Would you,

could you still say no?

NZ must live up to its reputation p e ies in the world to live in. For that, its people
need to live. Some of them d expénsi iné for that. That is not their fault. We need to
support them as a community. T 0 live on medication for the rest of their lives;

have made. Whetherit*s.an of G a simple biological misfortune; if we can help them,
then we shou
Thanking yo fo@
Sincerel w
Jessi i ®
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From: Jessica Orpana

Sent: Tuesday, 11 June 2013 8:30 p.m.
To: eculizumabfeedback

Subject: Need the drug to save lives

To Whom it May Concern;
I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.

I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.

I support the PNH Support Association's proposition for Equity and Fairness which states:
i.  PHARMAC must return to the negotiating table with the supplier of the § nt @
ii. PHARMAC must negotiate in good faith toward funding Soliris for a mifi of\8 NZ PNH pa
li. PHARMAC must establish fair assessment criteria, based on exp @1 e fromt ional
i’ng &t

haematological community, to assess patient need for the Sol m
iv. PHARMAC must amend its Operating Policies and Pr;:}d.&rI now\ @r ht of rare disease
patients to access life restoring and life saving treatm @ s;& of the Soliris treatment
Everybody has a right to medical help, we live in a co hould § s%g this drug for those in need.

Yours faithfully

Jessica Orpana



From: Jess Were

Sent: Monday, 3 June 2013 10:54 a.m.

To: eculizumabfeedback

Subject: Pnh

Hi there,

I am just trying to do my part to help support those people living with the condition Pnh in NZ and require
Solaris to keep on living, please reconsider funding this drug in nz! iz
We might be a small country but there is a lot of us living with horrible condition feels li
government doesn't allow Swift access to cheap Health care or even treatment % f those with) Pnh.

SV
Ao
S
O
@
&S
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From: Jethro Morrow

Sent: Tuesday, 30 July 2013 7:27 p.m.

To: eculizumabfeedback

Subject: Submission to PHARAMC'S proposal to decline a funding application for Soliris

{eculizumab)

To whom it may concern:

I support the PNH patients in New Zealand in their fight to gain access to the lifesaving treatment Soliris.

I DO NOT support Pharmac’s proposed intent to decline this treatment When Pharmac take this type of consul n
to the public | should be able to rely on Pharmac to provide accurate and reliable informati
responses from the community. In this consultation you have overstated the number of
which in turn over exaggerates the likely real cost of treatment.

You did this back in 2011 when Pharmac staff reported to the Board that there wo
in New Zealand with Pompe disease. That treatment was declined, and it looks ou inten b ine
Soliris, again with dubious data as the basis for a decision. This is not acceptable’an u should\with this
consultation because of the misleading information in it, which is likely to responses fro ublic. .

These patients have a right to life. Our health system has a duty to ir neer d equitable way.
When Pharmac places so much emphasis on costs, cost-effectiven e money, but does
not address issues of rights, equity, fairness and community v j i r duty. The District Health

Boards have this duty, and Pharmac is acting as their purchasi . usée the same decision criteria
and priorities that they have.

ents

Patients with rare diseases are disadvantaged becalise t ition.is tare,\and when treatments become
available they are doubly affected by the high cost SM3 arket due to small numbers. It is a denial of
their right to health, and contrary to goals g y of acces rcing’inequalities and improving health outcomes
for individuals and communities will gui tionship ecision making”, which are set out in the
agreement between DHBs and Phar W you'd

Decision Criteria: The decision critéri $ edicines are not fair for those who are affected by rare
diseases. There should be a i ecisigh-making for rare diseases that do not fit the standard cost
effectiveness threshold for la @p » 9

These additional layer: dy, exi alid;.England, Scotland and other places around the world, because they
have recognised that i ajir way ES with.the disadvantage of rare diseases.

Pharmac’s i th outcomes” as mentioned in its legislation, can be strongly associated with

ears, is too narrow a view of what is “best”, especially when Pharmac’s
ot take into nt non-health-sector costs. The decision criteria should include a broader range

i Hat are'i rtant to patients, so that the decisions are made in a patient-centred way.
& sibility for “health outcomes that are reasonably achievable”. Your narrow perspective on
effe

technical as and budget management, to the exclusion of patient rights and interests from decisions, are
an outco tively discriminates against patients with rare diseases, and is not a reasonable outcome by
any me

Pharr en emphasises the “tough decision” approach that some will be funded and others not. That is too

sticand can also be unfair, as it is in this case. There are very good reasons to adopt an equitable approach
that spreads medicine funding across as many areas of health need as possible so that no group is completely
abandoned.

That is the approach across a wide range of services in our health system and Pharmac should adopt a similar
approach, rather than exclude and abandon certain groups.

I do not support your intent to decline treatment for this group or other patients where there are therapies for rare

diseases.
1



I
From: JoG
Sent: Friday, 31 May 2013 8:43 p.m.
To: eculizumabfeedback
Subject: Soliris Funding

To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.

I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatme @

I support the PNH Support Association's proposition for Equity and Fair ich state

i. PHARMAC must return to the negotiating table with t i th % ent

ii. PHARMAC must negotiate in good faith toward fun ‘@for a-niini of 8 NZ PNH patients

iii. PHARMAC must establish fair assessment cri %on i € from the international
haematological community, to assess pati@or the i tment

iv. PHARMAC must amend its Operatj
patients to access life restoring i

If there was only one patient in w dAnee d for this medication and could not afford it, that's
o n alive. It's not anyone's place to decide that that one

reason enough for it to be f d th
person doesn't deserve their %
Yours faithfulléév V
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From: Jo Davies

Sent: Wednesday, 31 July 2013 5:39 p.m.

To: eculizumabfeedback

Subject: Submission by Jo Davies

Attachments: Submission to PHARMAC on Soliris.docx

Please find my submission attached
Regards,
Jo Davies g@ @ .\\:>

S
Py



To:  Sue Anne Yee
Therapeutic Group Manager
PHARMAC

Email: eculizumabfeedback@pharmac.govt.nz
Fax: 04 460 4995
Post: PO Box 10 254, Wellington 6143

Submission on the proposal to decline a funding application for eculizumab.

Submitted by:  Jo Davies

| support the PNH patients in New Zealand in their fight to gain access to the life-savi nt Soliri
I DO NOT support PHARMAC's proposed intent to decline this treatment. @

* | accept that this is a very expensive treatment but do not believe th tre
purely on a basis of cost, particularly when it is a life saving treatmefit. Thi % :

e | think it is a great shame that 40 other countrieg j
who need it and New Zealand, again, falls f i
| cannot begin to imagine how let down t Ients mug siricerely hope that nobody | know
can wonder if PHARMAC's decision

finds themselves in this situation in th

® | would like to see PHAR lylng morepressure’to the government to increase the

pharmaceutical budg that Nev and spends only 9.4% of its health expenditure on
medicines compare ge across OECD countries and New Zealand ranks 31% out
of 32 countries in-the spent aceuticals as a share of GDP. | know that PHARMAC

to ensure ew Zealand is inually lagging behind in health ratings. | am aware that New
Zealand t ffers a range‘oPimportant health issues, but improving access to medicines can

surv%c? ressWer areas of the health system.
° e at %not addressing the issue of equity and fairness in their decision making
0 ri o]
a

advises the Heal W. ister / % on the pharmaceutical budget and more needs to be done

ly hear of patients with rare conditions being denied access to medicines. |

]
pelieve this'is se of discrimination against minority groups who are clearly disadvantaged. The
s ry small group of patients and because of their small number, it is difficult to make

th

eirvoizecheard and for their situation to be understood by the general public. If a life saving
dicihe were being declined to a much larger group, it would be a different story, for example, in
case of Herceptin funding being pushed through, rightly so, by the public and change of
rnment. | can imagine that there won't be a huge number of submissions on this consultation
hich has not been helped by the misinformation provided by PHARMAC. The number of patients
with PNH has been exaggerated. | believe there is also misinformation about the cost of the
medicine. There was even an attempt by Dr Peter Moodie on national television to tell the public that
no other countries fund this medicine.

» This consultation should not be considered an accurate picture of public opinion because of the
misleading information provided by PHARMAC.
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From: Mike and Jo Grogan
Sent: Saturday, 27 July 2013 7:21 p.m.
To: eculizumabfeedback

To Whom it May Concern;

| support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.

I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.

| support the PNH Support Association's proposition for Equity and Fairness which states: @

i. PHARMAC must return to the negotiating table with the supplier of the Soliris tr @
ii. PHARMAC must negotiate in good faith toward funding Soliris for a minimv& NH patie

¢e from the @al

owl t of rare disease
e of 1 oliris treatment

iii. PHARMAC must establish fair assessment criteria, based on expe
haematological community, to assess patient need for the Soliris treat

iv. PHARMAC must amend its Operating Policies and Proced
patients to access life restoring and life saving treatments as i

(please include your personal statements here) @
Yours faithfully @
Jo Grogan . @ @
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From: Ben and Jo

Sent: Wednesday, 24 July 2013 9:47 am.

To: eculizumabfeedback

Subject: Submission to PHARAMC'S proposal to decline a funding application for Soliris

(eculizumab)

Sue Anne Yee
Therapeutic Group Manager

PHARMAC
To whom it may concern: @
T support the PNH patients in New Zealand in their fight to gain access to the lif treatment So

I' DO NOT support Pharmac’s proposed intent to decline this treatment.

%‘s their needs in a fair

cost-effectiveness and
equity, fairness and community

¢ These patients have a right to life. Qur health syst
and equitable way. When Pharmac places so m
alternative use of the money, but does no
values; you are failing in your duty. The Di 4
as their purchasing agency. You should the)same i riteria and priorities that they have.

@mta@ use their condition is rare, and when

re ted by the high cost and the very small market
ight to health, and contrary to goals of “Equity of
ealth outcomes for individuals and communities will

access, reducing i ali i

guide our relations decisi ing”, which are set out in the agreement between DHBs

and Pharma@ you de%)th ngs on their behalf.

m: ;n criteria used to assess medicines are not fair for those who are
ses, T

here should be an additional layer of decision-making for rare diseases
ard cost effectiveness threshold for large populations. These additional
Australia, England, Scotland and other places around the world, because they

e Patients with rare diseases
treatments become avai
due to small numbers.

ssumption that “best health outcomes” as mentioned in its legislation, can be strongly
ed with calculation of Quality Adjusted Life Years, is too narrow a view of what is “best”,
especially when Pharmac’s calculations do not take into account non-health-sector costs. The
ision criteria should include a broader range of considerations that are important to patients, so
that the decisions are made in a patient-centred way.

¢ Pharmac also has a responsibility for “health outcomes that are reasonably achievable”. Your
narrow perspective on technical assessment and budget management, to the exclusion of patient



rights and interests from decisions, are an outcome that effectively discriminates against patients
with rare diseases, and is not a reasonable outcome by any measure.

* Pharmac often emphasises the “tough decision” approach that some will be funded and others
not. That is too simplistic and can also be unfair, as it is in this case. There are very good reasons to
adopt an equitable approach that spreads medicine funding across as many areas of health need as
possible, so that no group is completely abandoned. That is the approach across a wide range of
services in our health system and Pharmac should adopt a similar approach, rather than exclude
and abandon certain groups.

I do not support your intent to decline treatment for the PNH group or other patients where there are therapies for

IS
g
X

Jo Heslop



To: eculizumabfeedback[eculizumabfeedback@Pharmac.govt.nz];

Flag Status: 0x00000000

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris
(eculizumab)

From: Jo Sutherland

Sent: Thur 6/20/2013 9:18:19

To Whom it May Concern;

treatment Soliris.

| DO NOT support PHARMAC's proposal to decline-fundira treatment.

| support the PNH Support Associati@ itiaf juity and Fairness which
states:

1. PHARMAC must retur got' lable with the supplier of the Soliris
treatment

2. PHARMAC must ward funding Soliris for a minimum of 8
NZ PNH patients

| support PNH patients in New Zealand in their fight to gain acce i S‘i:

sment criteria, based on expert advice from

3. PHARMAC m ishfai
the internatidona atolegi ommunity, to assess patient need for the Soliris
treatmen

4. PHARMA ta d its Operating Policies and Procedures to acknowledge
theright. of rare di ents to access life restoring and life saving treatments
e@

of the Soliris treatment
Imagi f& your child. Wouldn't you do anything to make this happen?

Yours faithfully



JJJJJJJJJJJJ
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From: EiTia
Sent: Wednesday, 5 June 2013 10:00 a.m.
To: eculizumabfeedback
Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris
(eculizumab)
Attachments:

proposition_equity_and_fairness.doc

Please refer to attachment.



To Whom it May Concern;
I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.
I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.
I support the PNH Support Association's proposition for Equity and Fairness which states:
i.  PHARMAC must return to the negotiating table with the supplier of the Soliris treatment
ii. PHARMAC must negotiate in good faith toward funding Soliris for a minimum of 8 NZ PNH patients

iii. PHARMAC must establish fair assessment criteria, based on expert advice fro e internation
haematological community, to assess patient need for the Soliris treatment

iv. PHARMAC must amend its Operating Policies and Procedures to ackno led ightof r
disease patients to access life restoring and life saving treatments as ecific exa €

Soliris treatment

I'am personally lucky enough not to need this drug to stay alive.

_ who is almosl years old will inevitably dependq

survivor has been able to experience has been restricted b ]

cost of his infusions of fresh frozen plasma amongst ot

cost for him to be on Soliris. The potential life this a /

be a brilliant one. Where is the social justice??? ]

child was not born into poverty; he was born i&@

to give up so much just to care for him and be th es through his regular hospital

mpt to reach the annual bounty that

if this wa child or loved one and you had the power to
j rely common-sense would prevail and the

B\'re ment regime would equate to a similar amount to
oliris? In the meantime, a hospital bed could be freed

PHARMAC has put on this young life:
fix this situation, would there be
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From: OPP Review

Sent: Wednesday, 5 June 2013 10:52 a.m.

To: eculizumabfeedback

Subject: FW: Submission in response to PHARMAC's consultation on Decision

Critera.Submission in response to PHARMAC's consultation on Decision Critera.

[SEEMail]

From: Jo 0'coylc I @
Sent: Sunday, 2 June 2013 10:14 a.m.

To: OPP Review

Subject: Submission in response to PHARMAC's consultation on Decision Criter?& ion 1A respo % 0
PHARMAC's consultation on Decision Critera.

To Whom It May Concern;

I support PNH patients in New Zealand in their fight to gain access in oliris.

I DO NOT support PHARMAC's proposal to decline funding for, is\treat

t.
I support the PNH Support Association's proposition for irne ich states:

i.  PHARMAC must return to the negotiating ta i i e Soliris treatment

ii. PHARMAC must negotiate in good faith to

iii. PHARMAC must establish fair as @
haematological community, t

t
iv. PHARMAC must amend i ing Polj

patients to access life res |fe§§

Yours faithfully

Joanna O'B v

To Wh nc %

| supp%ti%é\s@leaand in their fight to gain access to the life saving treatment Soliris.
[\

a minimum of 8 NZ PNH patients

xpert advice from the international
oliris treatment

cedures to acknowledge the right of rare disease
reatments as in the specific example of the Soliris treatment

1 DO NOT supp RMAC's proposal to decline funding for the Soliris treatment.

| support th

ﬁ:

iii. RMAC must negotiate in good faith toward funding Soliris for a minimum of 8 NZ PNH patients

Support Association's proposition for Equity and Fairness which states:

VIAC must return to the negotiating table with the supplier of the Soliris treatment

ii. PHARMAC must establish fair assessment criteria, based on expert advice from the international
haematological community, to assess patient need for the Soliris treatment

iv.  PHARMAC must amend its Operating Policies and Procedures to acknowledge the right of rare disease
patients to access life restoring and life saving treatments as in the specific example of the Soliris treatment
1






From:

Sent: Monday, 3 June 2013 6:57 a.m.
To: eculizumabfeedback
Subject: Submission to PHARMAC's Proposal to decline a funding

To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.

I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.

I support the PNH Support Association's proposition for Equity and Fairness which s @
i. PHARMAC must return to the negotiating table with the supplier of th itis treatment
ii. PHARMAC must negotiate in good faith toward funding Soliris fo imum’of atients
iil. PHARMAC must establish fair assessment criteria, based on vice fm@w ational
haematological community, to assess patient need for the reatme

1v.  PHARMAC must amend its Operating Policies and
patients to access life restoring and life saving tr,

O

I have a friend who's brother is largely affeci this and if

reduce his life expectancy. é ; @

i @%@5
N% %@

ge'the right of rare disease
ample of the Soliris treatment



From:

Sent: Thursday, 30 May 2013 8:48 a.m.

To: eculizumabfeedback

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

{eculizumab)

To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life saving trea@iris.

I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment

I support the PNH Support Association's proposition for Equity and Fairness w st

i.  PHARMAC must return to the negotiating table with the supplier H?zo treat
i

fi. PHARMAC must negotiate in good faith toward funding Soliri u NH patients

iii. PHARMAC must establish fair assessment criteria, based g dvic international
haematological community, to assess patient need fortk eatment
iv. PHARMAC must amend its Operating Policies a rés to W e the right of rare disease

L
patients to access life restoring and life savin teas inthe % ific example of the Soliris treatment

This treatment can save my brothers life, we dpP AC t thing and fund Soliris. | want my
children to grow up in a country that proviealth car New Zealanders based on fair assessment of

need and results. @
The facts provided in the reason % simply t is disgusting that they can get away this, it is a life

saving treatment that works.

%V\
— N\
A



From: Val devlin

Sent: Monday, 29 July 2013 5:28 p.m.
To: eculizumabfeedback

Subject: Soliris Treatment funding

To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.

I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.
I support the PNH Support Association's proposition for Equity and Fairness whic

PHARMAC must return to the negotiating table with the supplier %treat
i

PHARMAC must negotiate in good faith toward funding Soliris fova imum of 8 N H patients
PHARMAC must establish fair assessment criteria, based o rt advice international
haematological community, to assess patient need for the mtm A

PHARMAC must amend its Operating Policies and Procéd s\gt ackng @ e right of rare
disease patients to access life restoring and life saving-treafments as] e-specific example of the

Soliris treatment

Please reconsider funding Soliris for our NZ sufferers. §§ ; ;
Yours faithfully,
Joe and Valerie Devlin, @@ @



From:

Joe
Sent: Tuesday, 25 June 2013 9:46 a.m.
To: eculizumabfeedback
Subject:

allow funding

expense should be the last thing that matters. what comes first is the improvement of quality of life.
I submit that this should be funded.

4
PSS
$&
SING
S
S
SO



L T R — e R R

From: borse25

Sent: Monday, 17 June 2013 1:13 a.m.
To: eculizumabfeedback

Subject: Soliris

Dear Sir This drug should be funded by Pharmac to improve the quality of life of those unfortunate New
Zealanders suffering from PNH. They all deserve a chance at a life that will offer hope and be able to
contribute to this country..please give them a shot at a rosier future.Regards John Gamner. <§

oo
S
O D
B,
S
@% S
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From: John Vosper

Sent: Wednesday, 17 July 2013 9:25 a.m.

To: eculizumabfeedback; OPP Review

Subject: Re: Submission opposing PHARMAC's Proposal to decline a funding application

for Soliris {(eculizumab)

Re: Submission opposing PHARMAC's Proposal to decline a funding application for Soliris
(eculizumab)

To Whom it May Concern; @ @&
I SUPPORT PNH patients in New Zealand in their fight to gain acces@%saving nt

Soliris.
peatrhent;
air states:
1. PHARMAC must return to the negotiating fakle &of the Soliris treatment
2. PHARMAC must negotiate in good faith QW ' %Fkﬁor a minimum of 8 NZ PNH
patients @
3. PHARMAC must establish fai ssment e
international haematologica @y, to-asse
4. PHARMAC must amend ati ‘.
rare disease patients to-aceesylif ng and lifesaving treatments as in the specific
example of the Sen%

| could understand i erg.alte treatments that were as effective but as there are not this
is a grossly unfaic decisign. Th%ﬁe is not as a result of life style choices and a treatment should

be funded W %
Yours u x

| OPPOSE PHARMAC's proposal to decline funding for the
| support the PNH Support Association's proposition for Eg

sed on expert advice from the

atient need for the Soliris treatment

and Procedures to acknowledge the right of

John @
CA is e-mail message and accompanying data may contain information that is confidential and
subj rivilege. If you are not the intended recipient, you are notified that any use, dissemination,

distribution or copying of this message or data is prohibited. If you have received this e-mail in error, please
notify the sender immediately and delete all material pertaining to this e-mail. DairyNZ will not accept
liability for any loss or damage caused by using any material or attachments contained in this message.
While every best practice has been taken, no warranty is made that this material is free from computer virus
or other defect. DairyNZ's entire liability will be limited to resupplying the material.

1



From: Johnny Lane

Sent: Wednesday, 31 July 2013 11:03 p.m.

To: eculizumabfeedback

Subject: Submission to PHARAMC'S proposal to decline a funding application for Soliris

(eculizumab)
Sue Anne Yee

I DO NOT support Pharmac’s proposed intent to decline this treatment.

I support the PNH patients in New Zealand in their fight to gain access to the lifesaving treatment So&
When Pharamac takes this type of consultation to the public | should be a
provide accurate and reliable information that will help guide responses f I
n
fr

consultation you have overstated the number of people affected with PN
the likely real cost of treatment. You did this back in 2011 when Pharm

i
there would be up to 100 affected patients in New Zealand with pe distas
declined, and it looks as though you intend to decline Soliris, ag il@' ubious

These patients have a right to life. Our health r:ess their needs in a fair and

equitable way. When Pharmac places so much ffectiveness and alternative use of
the money, but does not address issues of rig %}
duty;

-as’the basis for a
of the misleading

community values; you are failing in

your duty. The District Health Boards have-this n acting as their purchasing agency. You
should use the same decision criteria a d@r ties that e.

Patients with rare diseases @
become available they are-do f
numbers. It is a deni

0 ﬁ;?ﬁ[ > ri
inequalities and im j galth outc
iteria’ T@ criteria used to assess medicines are not fair for those who are affected by

cause their condition is rare, and when treatments
e high cost and the very small market due to small
» and contrary to goals of “Equity of access, reducing
or individuals and communities will guide our relationship
the agreement between DHBs and Pharmac about how you

be an additional layer of decision-making for rare diseases that do not fit the

ases. Th
standard cost ness threshold for large populations. These additional layers already exist in
Australia‘@ Scotland and other places around the world, because they have recognised that it's a

fair way the disadvantage of rare diseases.

Pha ssumption that “best health outcomes” as mentioned in its legislation, can be strongly
associ with calculation of Quality Adjusted Life Years, is too narrow a view of what is “best”, especially
when Pharmac’s calculations do not take into account non-health-sector costs. The decision criteria should
include a broader range of considerations that are important to patients, so that the decisions are made in

a patient-centred way.



Pharmac also has a responsibility for “health outcomes that are reasonably achievable”. Your narrow
perspective on technical assessment and budget management, to the exclusion of patient rights and
interests from decisions, are an outcome that effectively discriminates against patients with rare diseases,
and is not a reasonable outcome by any measure.

Pharmac often emphasises the “tough decision” approach that some will be funded and others not. Thatis
too simplistic and can also be unfair, as it is in this case. There are very good reasons to adopt an equitable
approach that spreads medicine funding across as many areas of health need as possible, so that no group
is completely abandoned. That is the approach across a wide range of services in our health system and
Pharmac should adopt a similar approach, rather than exclude and abandon certain groups.

| do not support your intent to decline treatment for the PNH group or other patients where there are
therapies for rare diseases.

Yours sincerely %@ @

G




From: Johnny Stevenson

Sent: Monday, 29 July 2013 9:28 a.m.

To: eculizumabfeedback

Subject: Submission to PHARAMC'S proposal to decline a funding application for Soliris
(eculizumab)

Attachments: 20130729093032747 pdf

Johnny Stevenson




To provide feedback, please submit it in writing by Wednesday, 31 July 2013 to:

Sue Anne Yee
Therapeutic Group Manager
PHARMAC

Email: eculizumabfeedback@pharmac.govi.nz
Fax: 04 460 4995
Post: PC Box 10 254, Wellington 6143

Subject: Submission to PHARAMC'S proposal to decline a funding application for Soliris g;

{eculizumab)

To whom it may concern: @

I support the PNH patients in New Zealand in their fight to gain access 2@ ving treat
Soliris.

| DO NOT support Pharmac’s proposed intent to decline this t

e  When Pharamc takes this type of consultatic
on Pharmac to provide accurate and @
responses from the community. onsult
number of people affected with

cost of treatment. You did th
Board that there would b

ub (\i\ e able to rely
r n t will help guide
you> have overstated the
aggerates the likely real

rmac staff reported to the
ts in New Zealand with Pompe
disease. That treatment

' aff i

A eclined @ks as though you intend to decline

Soliris, again with data as ‘ r a decision. This is not acceptable and
you should wit i§ Constftation-because of the misleading information in it,
which is {g_?@ kew responses from the public.
ients have a% life. Our health system has a duty to address their
equitable’way. When Pharmac places so much emphasis on costs,
’%ﬁemative use of the money, but does not address issues of
Yjai ess and community values; you are failing in your duty. The
Boards have this duty, and Pharmac is acting as their purchasing

ric
ag@ ould use the same decision criteria and priorities that they have.
%

in

nts with rare diseases are disadvantaged because their condition Is rare, and
when treatments become available they are doubly affected by the high cost and the
@ very small market due to small numbers. It is a denial of their right to health, and
contrary to goals of “Equity of access, reducing inequalities and improving health
outcomes for individuals and communities will guide our relationship and decision
making”, which are set out in the agreement between DHBs and Pharmac about how
you decide things on their behalf.



* Decision Criteria: The decision criteria used to assess medicines are not fair for
those who are affected by rare diseases. There should be an additional layer of
decision-making for rare diseases that do not fit the standard cost effectiveness
threshold for large populations. These additional layers already exist in Australia,
England, Scotland and other places around the world, because they have recognised
that it's a fair way to deal with the disadvantage of rare diseases.

made in a patient-centred way.

* Pharmac also has a responsibility for “hedlt :
achievable”. Your narrow perspective and budget
management, to the exclusion of patie decisions, are an
outcome that effectively discriminat inst pati ith*xgre diseases, and is not
a reasonable outcome by any mea

* Pharmac often emphasises the
and others not. That is too$impli
are very good reasons {@ :
across as many ar hegl

abandoned. That-

system and P
abandon ceftai

0
p




From:
Sent:
To:
Subject:

Jon coley
Saturday, 20 July 2013 3:14 a.m.

eculizumabfeedback
Soliris

Please reconsider your decision concerning Soliris. Lives of precious people depend on this decision.

Sent from my iPhone



R N — — — — —_—

From: Jonny McEwan

Sent: Tuesday, 11 June 2013 5:57 p.m.

To: eculizumabfeedback

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

{eculizumaby)

To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life saving trea oliris.
I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment

I support the PNH Support Association's proposition for Equity and Fairness whick st ]

i.  PHARMAC must return to the negotiating table with the sup '@oli
Gt

ii. PHARMAC must negotiate in good faith toward funding Solici{ for9>mini PNH patients
r

A

owledge the right of rare disease
cific example of the Soliris treatment

the international

9 §



From:

Sent: Wednesday, 24 July 2013 3:34 a.m.
To: eculizumabfeedback
Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

To Whom it May Concern;

My sister-in-law, _ suffers from PNH and while | am not a permanent resident of New Zealand | fi
unacceptable that her country is not providing her the option to have access to the treat
prescribed. This is not an issue of cost, but an issue of life and as a first world society,
is, it is the government's responsibility to its citizens to provide the care and infras

w tregding down

the slippery slope of not providing care because it's an inconvenience or ¢ -* ed to be t expense. It is
eqlthy and preo lives and which
patients/citizens get to suffer. | strongly urge you to reconsider you n Sr vide the care and

I support PNH patients in New Zealand in their fight to gai treatment Soliris.
1 DO NOT support PHARMAC's proposal to decline fu rthe S

I support the PNH Support Association's propositio ult s which states:

i.  PHARMAC must return to the upplier of the Soliris treatment

il. PHARMAC must negotiate ng Soliris for a minimum of 8 NZ PNH patients

etia, based on expert advice from the international

iii. PHARMAC must es
ity, ses ed for the Soliris treatment

haematological comp

iv. PHARMAC miist & d'its O icies and Procedures to acknowledge the right of rare disease
patientsto a estoring and ing treatments as in the specific example of the Soliris treatment




From:

Sent: Tuesday, 30 July 2013 10:39 p.m.

To: eculizumabfeedback

Subject: Soliris funding feedback

Attachments: 2013 07 Submission to Pharmac July 2013 Julie.docx

Please find attached submission. Please note this is a second submission. First email from me contained feedback

from my mother. g;




Submission to Pharmac regarding Soliris treatment for PNH patients

vy mum has v

Since then she has been fighting PNH daily to lead as normal life as possible_
Her valuable contribution to society |||

_ is truly admirable. Would you be able to

That is what my mum has done.

thought that mum has worked so
/% ringing for us kids, and contributed
life she has only dreamed about snatched

atues of the decision makers at Pharmac when the most
aappears to be money and leave compassion and

f the equation when deciding what treatments to

ociety people can be on their death beds and still we revive
may suffer until they die, and euthanasia is illegal, but when we have

ing and premature death of PNH sufferers, we can’t do it because
35ts too much to save these people’s lives.

cruel O
It leaves us disillusioned a
important aspect of thei i

i reyou P

@)nt . T his treatment to eliminate symptoms for PNH sufferers and extend their life

shotild b %nough to fund it. Pharmacs treatment of PNH patients by their refusal to fund Soliris

can i d to that of how you would look at a sick cow. She costs too much to save so we will “cull”
everwe are not dealing with cows here, but humans. We cannot put a price on a human life

ime that Pharmac acknowledges this and starts saving PNH patients lives!
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From: Julie Wells

Sent: Sunday, 28 July 2013 8:16 p.m.

To: eculizumabfeedback

Subject: Submission to PHARAMC'S proposal to decline a funding application for Soliris

{eculizumab)

To whom it may concern:

I support the PNH patients in New Zealand in their fight to gain access to the lifesaving treatment Soliris.
1 DO NOT support Pharmac’s proposed intent to decline this treatment. I also believe it would be a backward step for New Zealand as a whale,
New Zealand is a cwvilized democracy. We are part of the United Nations and pride ourselves on out human rights record. We hold our ow
world stage In every area of excellence in spite of being a small population. We have earned respect! Our public healt
purchasing agency (Pharmac), are held up as models by which other naticns strive to aspire. However, on the issué p
these other nations take the lead while we lethargically drag our heels. We are told by Pharmac that the i1ssue
and there is no doubt that the new, innovative medicines are costly, not just to New Zealand, but to the interi
these high costs, other cash strapped nations appear to be meeting the challenge. This, in itself, makes o

justify.

If we take the upholding of human rights seriously, we would agree that New Zealand citizens have t tofife)

obligation to ensure that everyone has access to life sustaining treatment when such treatments betam ilable. Na

ever be completely abandoned in our society. The notion that patients with rare diseases can be-ignored b se the co
[]
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From: Juliet Cavanagh- Eyre [N

Sent: Thursday, 6 June 2013 9:35 a.m.
To: eculizumabfeedback
Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

To Whom it May Concern;
I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.

I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.

©

men
NH patients

i
rt a he international

I support the PNH Support Association's proposition for Equity and Fairness whi

i.  PHARMAC must return to the negotiating table with the supplier of th liris t

ii. PHARMAC must negotiate in good faith toward funding S in

iii. PHARMAC must establish fair assessment criteria, ba
haematological community, to assess patient need for

iv. PHARMAC must amend its Operating Polici dur d% ledge the right of rare disease

patients to access life restoring and life savin t as in’the i€ example of the Soliris treatment
Yours Faithfully
Juliet Cavanagh-Eyre 2 @



From: lettie

Sent: Thursday, 4 July 2013 9:31 p.m.

To: eculizumabfeedback

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

To Whom it May Concern;
I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.
| DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment. &
I support the PNH Support Association's proposition for Equity and Fairness which sta @

i.  PHARMAC must return to the negotiating table with the supplier of th lir atment %

il. PHARMAC must negotiate in good faith toward funding Soliris for ini of @pa ients

fri international

right of rare disease
xarhple of the Soliris treatment

iii. PHARMAC must establish fair assessment criteria, based on e
haematological community, to assess patient need for the §

iv. PHARMAC must amend its Operating Policies and Proced
patients to access life restoring and life saving trea

I can’t believe that in a country like New Zealand we.ar. le to his life saving medication without
ridiculous costs

Yours faithfully @ Qb
Juliette Bright @
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From: Karen Murrsy I

Sent: Wednesday, 5 June 2013 8:28 a.m.

To: eculizumabfeedback

Subject: proposition_eduity_and_fairness_-_emaiI_submission_tempIate
Attachments:

proposition_equity_and_fairness_-_email_submission_tem plate.doc



Please email BOTH

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris {eculizumab)
Email: eculizumabfeedback@pharmac.govt.nz

AND

Subject: Submission in response to PHARMAC's consultation on Decision Critera.
Email: opp@pharmac.govt.nz

To Whom it May Concern;
I support PNH patients in New Zealand in their fight to gain access to the life§avin atment S mg

I DO NOT support PHARMAC's proposal to decline funding for the Soliristreatm

hic

pplier of R eatment
g Soliris f@m m of 8 NZ PNH patients

ed}{’ vice from the international
for th ris freatment

I support the PNH Support Association's proposition for Equity and'fa
i. PHARMAC must return to the negotiating table wit
ii.
iii.
o acknowledge the right of rare

ents as in the specific example of the
Soliris treatment
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From: Katherine Heath

Sent: Sunday, 2 June 2013 12:45 a.m.

To: eculizumabfeedback

Subject: Submission to PHARMAC's Proposal to Decline a Funding Application for Soliris

(Eculizumab)

To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.
I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment. @ ( g z :

t
I support the PNH Support Association's proposition for Equity and Fairness which’statées:
i. PHARMAC must return to the negotiating table with the supplier o gs%reat
ii. PHARMAC must negotiate in good faith toward funding Soliris fninum H-patients
iii. PHARMAC must establish fair assessment criteria, based o vic international
haematological community, to assess patient need for eat t

iv. PHARMAC must amend its Operating Policies a

ure ck ledge the right of rare
disease patients to access life restorin ing trea s in the specific example of the
Soliris treatment @
Yours Faithfully
Katherine Heath @



From: Katherine Lim

Sent: Wednesday, 5 June 2013 12:47 p.m.

To: eculizumabfeedback

Attachments: proposition_equity_and_fairness_-_emaiI_submission_template-l.doc

Please read the attachment.

Yours sincerely
K Lim



Please email BOTH

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris (eculizumab)
Email: eculizumabfeedback@pharmac.govt.nz

AND

Subject: Submission in response to PHARMAC's consultation on Decision Critera.
Email: opp@pharmac.govt.nz

To Whom it May Concern; @

I support PNH patients in New Zealand in their fight to gain access to the lif: in atment Soli

haematological community, to assess

&

iv. PHARMAC must amend its Operating Polici

disease patients to access life r
Soliris treatment
{please include your persona@@
Yours faithfully ; ; %% §



From: KATIE O'NEILL

Sent: Thursday, 6 June 2013 12:46 p.m.

To: eculizumabfeedback

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

To Whom it May Concern;
I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.

I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.

s:

i.  PHARMAC must return to the negotiating table with the styi of th liris tfreatmen

ii. PHARMAC must negotiate in good faith toward funding S K@xin' NH patients
{) oy

I support the PNH Support Association's proposition for Equity and Fairness whi

iii. PHARMAC must establish fair assessment criteria, ba he international

haematological community, to assess patient need fo@ is treat a&
iv. PHARMAC must amend its Operating Policj dur cl% ledge the right of rare disease
patients to access life restoring and life sm@ fs@ ific example of the Soliris treatment
Yours faithfully %@

Katie O'Neil @ %@ @Q



From:

Sent: Tuesday, 30 July 2013 8:50 p.m.

To: eculizumabfeedback

Subject: Submission - PHARMAC's Proposal to Decline Funding for Eculizumab
Attachments: PHARMAC Submission (1).docx

Attached is my submission to the above proposal.

— A
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SUBMISSION FOR PHARMAC TO FUND THE DRUG ECULIZUMAB (SOLIRIS)

FOR THE TREATMENT OF PNH

My sister has PNH. she is [Jllyears old and works full time in [ |
PETET - e PXEEEN

I am writing this Submission because:
From my own point of view:
e I could not bear to be without her as a consequence of ‘r@ disea
e I donotwant to see my Mum & Dad go through the paiﬁ“

» I want to stop worrying about her @ N @
* I want to take away her pain Q &

e I want to stop the worry of possibl nd athe

er nasties happening during
periods of haemolysis activity V
» I want to take away the worry. of\he¥ bei d others with transferable
(her-i r

illnesses like a cold or the m omised)

* I want to remove the fé he liv
@ b.eu’?gcin the sunshine (she is particularly

ated rounds of steroids and the on-going need

o % ould@veachild

e lisfab V{auﬂines some of the difficulties not only - but all PNH

effects of the disease do not stop there, each of these people

%o affected too. It is very difficult to watch a loved one suffer and
eb

o I want her to have

. particularly when you know there is a drug available to change their
tter. But it is just out of reach!

ing/saving but gives PNH sufferers the ability to live where they belong - in New

nd, with their friends and family. The alternative (moving to Australia, away from
friends and family) is totally unacceptable, it simply screams - we just don't want you in
NZ, if you do not leave, then you are effectively being given a death sentence. Sounds
pretty dramatic, but that's the reality.

@ t comprehend that PHARMAC refuses to pay for a drug that is not only life-
a



Budgets don't belong in this equation, how do you put a monetary amount on life?? If
PHARMAC thinks the answer is in their bottom line, then their bottom line is
inadequate.

- has a right to life in her country of birth just as I do. She works just as I do,
she is qualified in her area of expertise just as T am, she contributes to society no less

than me. Why should she be punished just because she has the misfortune to contract
a rare disease.

Mum has told me about a quote made by John Key on Q & A that go the li &

of.... “I say that one should judge a society by how it looks sick@

vulnerable”. < ;;

. MAC. NIt isyour
and he

menT.@




From: Katrina Pace

Sent: Thursday, 6 June 2013 4:34 p.m.

To: eculizumabfeedback

Subject: proposal to decline funding for solaris feedback

To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.
I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment

I support the PNH Support Association's proposition for Equity and Fairness w

i.  PHARMAC must return to the negotiating table with the supplier of the S

ii. PHARMAC must negotiate in good faith toward funding Soliris for a o N PNH patiénts
iii. PHARMAC must establish fair assessment criteria, based on exaw@ ice from thein tional
haematological community, to assess patient need for the S eatm
iv.  PHARMAC must amend its Operating Policies and Proce nowlédge ht of rare disease
patients to access life restoring and life saving treatm \Lb example of the Soliris treatment

Yours faithfully
Katrina Pace @
Katrina Pace



From: Y o

Sent: Sunday, 9 June 2013 3:22 p.m.

To: eculizumabfeedback

Cc: OPP Review

Subject: Emailing: SUBMISSION RE PHARMAC'S PROPOSAL TO
DECLINE FUNDING FOR SOLIRIS (ECULIZUMAB)

Attachments: SUBMISSION RE PHARMAC'S PROPOSAL TO DECLINE

FUNDING FOR SOURIS (ECULIZUMARB).pdf

WMSSION RE PHARMAC'S PROPOSAL TO FU@
OR SOLIRIS (ECULIZUMAB)
To Whom it may Concem, &

Please find or submission attached. AN

Regards



To Whom it May Concern;
I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.
I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.
I support the PNH Support Assaciation's proposition for Equity and Fairness which states:
i.  PHARMAC must return to the negotiating table with the su pplier of the Sol@ent
ii. PHARMAC must negotiate in good faith toward funding Soliris for a minim ZP H@
ii. PHARMAC must establish fair assessment criteria, based on expert allvic m the int al
haematological community, to assess patient need for the Sofiris treatiment
iv. PHARMAC must amend its Operating Policies and Proce edg t of rare
disease patients to access life restoring and life saving ific.example of the
Soliris treatment

We are the parents of] and who
also suffers from PNH. We have seen the struggle while coping with
low energy levels due to PNH. We are also aware that e an\uncertain future.

Near the end of
to fund Soliris.

1 was very disappointed when |

\V§\>'
3EE @ he cost of the drug at $600,000 ( Peter Moody

exaggerated the number o oliris. This is simply to mislead the New Zealand Public.
Clinical research hassh pan 32.5 years .The Australian Advisory Committee ( PBAC )
agree that the st epeculizumab(Soliris) in PNH is the most significant, qualitative

and powerful set \qf fe te for an ultra-orphan medicine for a rare life-threatening

disease. V

Peopl fi P

thefrmedicy re woul
)

h fault of their own. However if they were drunk and had an accident
id for. IT IS TIME TO BE FAIR.

)



I I R — I — EER—

From: Kelli Richards
Sent: Saturday, 1 June 2013 8:38 a.m.
To: eculizumabfeedback

To Whom it May Concern;

| support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.
I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment. &
I support the PNH Support Association's proposition for Equity and Fairness which sta @ @

i.  PHARMAC must return to the negotiating table with the supplier of is treatme

ii. PHARMAC must negotiate in good faith toward funding Soliris for @'m um of 8NZ PNH patients

iii. PHARMAC must establish fair assessment criteria, based o e@ vice fro ternational

haematological community, to assess patient need for the So ent

es to - e the right of rare disease
in the s xa

Imagine Fighting for your child’s life everyday, ima@din

ple of the Soliris treatment
enough money to keep your child alive eac Rd often s c@

ing moment thinking of ways to fundraise
to do so and with absolutely no guaran TONN]

e with that child and/or your other children
agine would be massive!!

These drugs are funded in other ¢ v n

them.

Thanks for your time. g% % %

Yours faithf : ®

Kelly R @

it’s obvious that people are going to die without



From: cerr richarcison

Sent: Tuesday, 4 June 2013 10:36 a.m.

To: eculizumabfeedback; OPP Review

Subject: PNH Support

Attachments: proposition_equity_and_fairness_-_email_submission_template.doc



Please email BOTH

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris {eculizumab)
Email: eculizumabfeedback@pharmac.govt.nz

AND

Subject: Submission in response to PHARMAC's consultation on Decision Critera.
Email: opp@pharmac.govt.nz

To Whom it May Concern; @
I support PNH patients in New Zealand in their fight to gain access to the lif in atment S Ihs

I DO NOT support PHARMAC's proposal to decline funding for the Soliris

ii. PHARMAC must negotiate in good faith towar iri ini of 8 NZ PNH patients

iii. PHARMAC must establish fair assessmen
haematological community, to assess pati

iv. PHARMAC must amend its Operating P
disease patients to access life re :
Soliris treatment

Yours faithfully
Kerri Richardson @ %

advice from the international



From: Kim Karaitiana

Sent: Sunday, 2 June 2013 9:09 p.m.

To: eculizumabfeedback

Subject: Re Pharmac

Attachments: .~lock.proposition_equity_and_fairness_-_email_submission_template.doc#






From: Kirsty Armstrong ||| NG

Sent: Thursday, 6 June 2013 12:00 p.m.
To: eculizumabfeedback
Subject: Funding of Soliris

To Whom it May Concern;
I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.

I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment. &

I support the PNH Support Assaciation's proposition for Equity and Fairness which sta

i. PHARMAC must return to the negotiating table with the supplier of the

ii. PHARMAC must negotiate in good faith toward funding Soliris for a m of 8 NZRNH patiénts

iii. PHARMAC must establish fair assessment criteria, based on exp Vi intérnational
haematological community, to assess patient need for the So ifis tre @

iv. PHARMAC must amend its Operating Policies and Proc ge.thetight of rare disease

patients to access life restoring and life saving treatmen ple of the Soliris treatment
It is promoted that PHARMAC's role is to get better value fo i st health outcomes can be
achieved from public money spent on medicines.
The decision criteria for funding is supposed to includ of existing medicines,
PHARMAC is well aware that Soliris has no alternative. appeople are left to die.
It is horrific that people can be told by a Board that their lives are not worth saving,
maybe the decision of PHARMAC would bed ne which was relatable yet the few people

a toddler with this and have seen the vast efforts of
ugh money but in the real world that is a huge target

boy.

O[O POOIdOgEih
and funding of Soliris is what is required)to sav fle
Your Faithfully % %

Kirsty Armstrong



From: Larissa Isted

Sent: Thursday, 4 July 2013 10:26 a.m.
To: eculizumabfeedback; OPP Review
Subject: Submission re PHN

| came across this information when | heard some news via social media of a sufferer of Paroxysmal Nocturnal
Haemoglobinuria (PNH). | have not heard about this disease and wanted to do some further reading on this. 1also
thought it was also worthwhile to have a read through the site and PHARMAC's stance on this case. After reading
the PHARMALC site and that of the PNH Support Association, | am happy to provide the following submission.

| support PNH patients in New Zealand in their fight to gain access to the life s

en is
1 DO NOT support PHARMAC's proposal to decline funding for the Soliris tr
I support the PNH Support Association’s proposition for Equity and Fai

i. PHARMAC must return to the negotiating table with the supplie

ii. PHARMAC must negotiate in good faith toward funding Soliris jnimu H patients
iii. PHARMAC must establish fair assessment criteria, based.-omexpér ad
haematological community, to assess patient need he i

on wledge the right of rare disease
spetific example of the Soliris treatment

international

iv. PHARMAC must amend its Operating Policies a

patients to access life restoring and lifesaving ents as i

| am saddened to hear when a treatment t avisa s of these people cannot be funded? it
appears other countries are doing this, in NZ and the success rate of the treatment to
allow these people reasonable qualit
be fully funded what about part-furdj

Every measure should be takén-to gi afighting chance, PHARMAC should not abandon talks with a

supplier of a lifesaving tr
Even though | do not @
as | can.

t%se s&s personally, 1 hope to share this story with as many of my networks

Kind Regar

Larissa 0

Larissa isted’

B3 l@ sider the environment before printing this e-mail



From: Laurel McDonal I

Sent: Monday, 24 June 2013 9:58 p.m.
To: eculizumabfeedback
Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

To Whom it May Concern;
| support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.
| DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.

I support the PNH Support Association's proposition for Equity and Fairness which stat

ernational
haematological community, to assess patient need for the Soliri ent

y the sé%f%\%

There is a small but significant number of New Zealan ering fr his disease who could improve the quality
and quantity of life if they are able to gain access. [just hope and ney is not the only thing standing in
the way of these people in need being able to get this'drug th tely need. What is the cost of a life?

Yours faithfully, % Q :
Laurel McDonald

right of rare disease

fr
xample of the Soliris treatment




From: Laura Lopes

Sent: Tuesday, 30 July 2013 8:56 p.m.

To: eculizumabfeedback

Subject: Submission to PHARMAC'S proposal to decline a funding application for Soliris

{eculizumab)

To whom it may concern:

The PNH patients in New Zealand have my full support in their fight to gain access to the lifesaving

treatment Soliris.
I DO NOT support Pharmac’s proposal to decline this treatment é S @

The statistics Pharmac quoted when they took this consultation t public was m ng as it
overstated the number of people affected with PNH which in turn over exaggerates the likely’real cost of
treatment. You did this back in 2011 when Pharmac staff reporte @E\B

ormation in it, which is
to provide accurate and

has a duty to address their needs

These patients, as all patients do, have a righ li rh
in a fair and equitable way. When Pharmag pl S0 phasis on costs, cost-effectiveness and

alternative use of the money, but d addres rights, equity, fairness, humanity and
community values, you are failing i K . The b ealth Boards have this duty, and Pharmac is
acting as their purchasing agency. u %r e decision criteria and priorities that they have.

Patients with rare disea are 3 ecause their condition is rare, and when treatments
become available they are ) the high cost and the very small market due to small
numbers. It is a de Ith, and contrary to goals of “Equity of access, reducing
inequalities and im es for individuals and communities will guide our relationship

and decision ing”, which ar t ot in the agreement between DHBs and Pharmac about how you
decide things it behal id not decide to be affected by their disease and in no way should be
disadvantaged Byt in regards\to-accessing treatment.

DecisionCritéria; The\decision criteria used to assess medicines are not fair for those who are affected by
rare diseases. td be an additional layer of decision-making for rare diseases that do not fit the
standard ¢ ctiveness threshold for large populations. These additional layers already exist in

Scotland and other places around the world, because they have recognised that it’s a
fair wayte | with the disadvantage of rare diseases.

Phassumption that “best health outcomes” as mentioned in its legislation, can be strongly
associatedwith calculation of Quality Adjusted Life Years, is too narrow a view of what is “best”, especially
when Pharmac’s calculations do not take into account non-health-sector costs. The decision criteria should

include a broader range of considerations that are important to patients, so that the decisions are made in
a patient-centred way.

Australia



e Pharmac also has a responsibility for “health outcomes that are reasonably achievable”. Your narrow
perspective on technical assessment and budget management, to the exclusion of patient rights and
interests from decisions, are an outcome that effectively discriminates against patients with rare diseases,
and is not a reasonable outcome by any measure.

¢ Pharmac often emphasises the “tough decision” approach that some will be funded and others not. That
is too simplistic and can also be unfair, as it is in this case. There are very good reasons to adopt an
equitable approach that spreads medicine funding across as many areas of health need as possible so that
no group is completely abandoned. That is the approach across a wide range of services in our health
system and Pharmac should adopt a similar approach, rather than exclude and abandon certain groups.

e | do not support your intent to decline treatment for this group or other p where thefre

therapies for rare diseases.
Kind Regards, &i% \ %
"aura Lopes @ @

S
<\

%



From: Laura Stewart

Sent: Friday, 31 May 2013 9:20 p.m.

To: eculizumabfeedback

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris
To Whom it May Concern;

1 support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.
1 DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.
I support the PNH Support Association's proposition for Equity and Fairness which states:

PHARMAC must return to the negotiating table with the supplier of the Soliris treatment
PHARMAC must negotiate in good faith toward funding Soliris for a minimum of § NZ PNH patients

PHARMAC must establish fair assessment criteria, based on expert advice from the international haematologic. I asse: ient nee
for the Soliris treatment

PHARMAC must amend its Operating Policies and Procedures to acknowledge the right of rare disease-patientsio a
saving treatments as in the specific example of the Soliris treatment

Yours faithfully

Laura Webster % ©§ /\\



From:

Sent: Wednesday, 12 June 2013 8:4% a.m.
To: eculizumabfeedback

Subject: Soliris funding

Attachments: ATTO0001.txt; ATTO0002.htm

| support PNH patients in New Zealand in their fight to gain access to the life savi

To Whom it May Concern; @
t t So

1 DO NOT support PHARMAC's proposal to decline funding for the Soliris treatine

8 NZ PNH patients

iti. PHARMAC must establish fair assessment criter ase i m the international

owledge the right of rare disease

iv. PHARMAC must amend its Operating Poli
553 S specific example of the Soliris treatment

patients to access life restoring an

to continue to fight for the basic right to live. The

eastred against the cost of not providing it.

nd the nursing staff involved in administering the

e blood
j@hk these people are travelling to multiple blood work
pati

are sick they miss time from work thus placing more of a burden

receiving the transfusions, the
transfusions, and the co

the amount o
confident y G

e b

Yours faithfully %
AN

%

Laura Zacharias, ||| N

<




This email and/or any documents in this transmission is intended for the
addressee(s) only and may contain legally privileged or confidential
information. Any unauthorized use, disclosure, distribution, copying or
dissemination is strictly prohibited. If you receive this transmission in
error, please notify the sender immediately and return the original.

Ce courriel et tout document dans cette transmission est destind® A 1la
personne ou aux personnes A qui il est adressd®. Il peut contenir des
informations privild©gifGes ou confidentielles. Toute utilisation,
divulgation, distribution, copie, ou diffusion non autorisdee est
strictement dA®fendue. Si vous n'A®tes pas le destinataire de ce message,
veuillez en informer l'expA@diteur immAe@diatement et lui remettre
l'original.



<p>This email and/or any documents in this transmission is intended for
the<br>

addressee(s) only and may contain legally privileged or confidential
information.&nbsp; Any unauthorized use, disclosure, distribution, copying
or dissemination is strictly prohibited.&nbsp; If you receive this
transmission in error, please notify the sender immediately and return the
original.</p>

<p>Ce courriel et tout document dans cette transmission est destind® A 1la
personne ou aux personnes A qui il est adressi®. Il peut contenir des
informations privilA®gifA®es ou confidentielles. Toute utilisation,
divulgation, distribution, copie, ou diffusion non autorisi©e est
strictement dA®fendue. Si vous n'A’tes pas le destinataire de ce message,
veuillez en informer l'expA©diteur immA®diatement et lui remettre

l'original.</p> é%



D
From: Lisa
Sent: Tuesday, 30 July 2013 8:39 p.m.
To: eculizumabfeedback
Subject: Submission to Pharmac from LDNZ - July 2013.docx

Attachments: Submission to Pharmac from LDNZ - July 2013.docx; ATTO0001.txt



To provide feedback, please submit it in writing by Wednesday, 31 July 2013 to:

Sue Anne Yee
Therapeutic Group Manager
PHARMAC

Email: eculizumabfeedback@pharmac.govt.nz
Fax: 04 460 4995
Post: PO Box 10 254, Wellington 6143

Subject: Submission to PHARAMC'S proposal to decline a funding application for Soliris (eculizumab)

To whom it may concern:

I support the PNH patients in New Zealand in their fight to gain access to the Iife@% So
| DO NOT support Pharmac’s proposed intent to decline this treatment &

e When Pharmac take this type of consultation to the public be able &ly-on Pharmac to
provide accurate and reliable information that will hel i community. In
this consultation you have overstated the number of people

which in turn over
Pharmac staff reported
to the Board that there would be up to 100 a ealand with Pompe disease.
That treatment was declined, and it looks asithpugh inten ine Soliris, again with dubious
data as the basis for a decision. This is n cce}ptable

because of the misleading informatio it, which is i

hould withdraw this consultation
skew responses from the public. .

e These patients have a right to_l @r ealt %‘3}3 duty to address their needs in a fair and
equitable way. When Pha laces’so m phasis on costs, cost-effectiveness and alternative
use of the money, bu isspes-e
are failing in your d y

ghts, equity, fairness and community values, you
Boards have this duty, and Pharmac is acting as their

purchasing agen yb Id decision criteria and priorities that they have.
¢ Patients Wi iseases arvantaged because their condition is rare, and when treatments
become avai they doubly affected by the high cost and the very small market due to small
%a d if right to health, and contrary to goals of “Equity of access, reducing
liti

g health outcomes for individuals and communities will guide our

a i
2 shi n making”, which are set out in the agreement between DHBs and Pharmac
abolt h u degide things on their behalf.

® s\d Criteria: The decision criteria used to assess medicines are not fair for those who are
/ected, by rare diseases. There should be an additional layer of decision-making for rare diseases
do not fit the standard cost effectiveness threshold for large populations. These additional

ayers already exist in Australia, England, Scotland and other places around the world, because they
ave recognised that it’s a fair way to deal with the disadvantage of rare diseases.



¢ Pharmac’s assumption that “best health outcomes” as mentioned in its legislation, can be strongly
associated with calculation of Quality Adjusted Life Years, is too narrow a view of what is “best”,
especially when Pharmac’s calculations do not take into account non-health-sector costs. The
decision criteria should include a broader range of considerations that are important to patients, so
that the decisions are made in a patient-centred way.

e Pharmac also has a responsibility for “health outcomes that are reasonably achievable”. Your narrow
perspective on technical assessment and budget management, to the exclusion of patient rights and
interests from decisions, are an outcome that effectively discriminates against patients with rare
diseases, and is not a reasonable outcome by any measure.

e Pharmac often emphasises the “tough decision” approach that some will be fu f and others
That is too simplistic and can also be unfair, as it is in this case. There are ve
an equitable approach that spreads medicine funding across as many areas
possible so that no group is completely abandoned. That is the appro 5
services in our health system and Pharmac should adopt a similar chyrather than exclude and
abandon certain groups.

opt

¢ | do not support your intent to decline treatment for thi d] where there are

I

therapies for rare diseases.






From: Matthew & Leesa Collis ||| | | | NG

Sent: Thursday, 20 June 2013 7:50 a.m.
To: eculizumabfeedback
Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

{eculizumab)

To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.

| DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.
| support the PNH Support Association's proposition for Equity and Fairness which states: @
iri

1. PHARMAC must return to the negotiating table with the supplier of th atment

ii. PHARMAC must negotiate in good faith toward funding Soliris for inimunyof 8 N patients
iii. PHARMAC must establish fair assessment criteria, based on @ fror international
r en

5 .
haematological community, to assess patient need for the i t @
iv. PHARMAC must amend its Operating Policies and Pr@ ack

he right of rare disease

patients to access life restoring and life saving trea§ ts.as’in the s ic.example of the Soliris treatment
Yours faithfully @
Leesa Collis \Zf@ @



From: Amy Munro

Sent: Wednesday, 31 July 2013 2:38 p.m.

To: eculizumabfeedback

Ce: Pru Etcheverry

Subject: Submission regarding eculizumab proposal
Attachments: Submission from LBC re eculizumab.pdf

Good afternoon Sue Anne,

proposal to decline funding for eculizumab for New Zealanders living with paro noctur

haemoglobinurea (PNH).
Kind regards,

Amy

Amy Munro

Support Services Manager

Leukaemia & Blood Cancer New Zealand
6 Claude Road, Epsom, Auckland 1023 [ PO Box 99182, Newmarket, 2 nz | shaveforacure conz |

Please find attached submission from Leukaemia & Blood Cancer New Zealand;@fﬁng PHAR

attachments are confidential and may be legally privileged. This inforn e i d & recipient and is not to be used, disclosed, disseminated,
copied or distributed by any other person. If you have receiv i in drpe eténtiis message and notify us immediately. The views in this

7 — N\
This email has been filt F For tﬁ\oﬂi\:i%fo%ation visit smxemail.com

@@

&K




Matipnal Office

. k‘) leukaemia &

f [ new zealand

our mission 15 to care, our vision is to cure

31 July 2013

Sue Anne Yee

Therapeutic Group Manager

PHARMAC

PO Box 10254

WELLINGTON 6143

By email: eculizumabfeedback@pharmac.govt.nz

Dear Sue Anne,

Thank you for the opportunity to submit feedba
decline a funding application for eculizumab (So
nocturnal haemogloblinurea (PNRH).

PNH is a very rare, severe and debilitatin
limited and suboptimal treatment options

is disappointed in the decision by .‘b\
requests that this be reconsidered.

Eculizumab has clearly been
haemolysis, improve symptof
reduce the number of red

to other treatments as
marrow transplant whi

in“Phase

iy extremely expensive drug, and for this reason
different criteria to those applied to other

atients who are listed on the New Zealand PNH national registry, it has
that eight of these patients would be eligible for treatment with
New Zealand were to adopt guidelines for treatment similar to those
place in Australia.

g Ydstralian guidelines approve treatment with eculizumab for PNH using a number of
beria including PNH clone size; LDH value (reflecting cell breakdown rates); dependency
orf red cell transfusion; and whether or not the patient has had a major thrombotic

episode.

Funstanip & Biood Caror hew Zealans
{CC244998) s g reusstered chartabie
ity wath the Cbanbes Comnassms



Therefore, as there are a) significantly lower numbers of patients, and b) an
overstated cost, the overall budgetary impact of treating these patients with

eculizumab will likely be less than half of what has been suggested in PHARMAC's
consultation document.

There are haematologists who are highly motivated to work with you to establish a set of
criteria around the prescription of eculizumab for PNH patients in New Zealand, and we
fully support this initiative.

It Is acknowledged that the cost alone the of eculizumab, irrespective of the number of
patients indicated, makes it very difficult to get across the line in terms of the funding
assessment strategies used by PHARMAC. Other drugs for rare disorders are in a simil

camp. PHARMAC needs different criteria for funding decisions around cost, hi
specialised medicines that benefit small numbers of patients, such as i }
Solutions need to be found for these types of drugs that are lif patie

at disea

through no fault of their own are diagnosed with rare and dif(i}a.l
inaiming o find

New Zealanders dont deserve less of our energies and ¢
treatment solutions for them.

t
io

We know that New Zealand can't afford everything th& ' letkaemia & Blood
Cancer New Zealand only advocates for drugs that @ i 5 g ih their setting
and most particularly where there are no alternati gat 3/ We believe each
individual deserves the right to good health apd/it ‘ ffensive to compare
the well-being of a very small number of indiv ith | able*to provide healthcare
to 40,000 others. % v

Eculizumab, which is funded in many-oth tries \ uding Australia, has wide medical
benefits for patients. This includes fe ptormsxproloriged survival, increased quality
of life, and decreased costly hospi i lease’see over the page for comments

from two New Zealanders anged forever with the funding of

eculizumab.

Leukaemia & Blood C ; wledges and commends PHARMAC on its

decision to seek p% very difficult issue. We sincerely hope this
O

consultation procgss 8 once again we find ourselves having the same
conversation wi o high cost, highly specialised medicines. We
encourage PHAR conti iscussions with the drug sponsor on how eculizumab
might be { in’New Zea and to communicate actively with those fighting for
access for thi a. look forward to hearing PHARMAC's next steps in this funding

chevVerry

@ xecutive Offic






From: liam

Sent: Saturday, 1 June 2013 7:28 p.m.
To: eculizumabfeedback
Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

To Whom it May Concern;
I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris

I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment &
I support the PNH Support Association's proposition for Equity and Fairness whi S @

i

PHARMAC must return to the negotiating table with the suppl& oliris tl%t

ii

PHARMAC must negotiate in good faith toward funding or a mi 8 NZ PNH
patients

iii.
PHARMAC must establish fair assessment criteri
international haematological community, to a

iv.
PHARMAC must amend its Operating P
disease patients to access life restoring

the Soliris treatment
(please include your personal state @
Yours faithfully %
Liam Mckeown % %




L R
From:

Sent: Tuesday, 4 June 2013 8:14 a.m.

To: eculizumabfeedback

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

{eculizumab)

To Whom it May Concern;

| support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.

| DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.
| support the PNH Support Association's proposition for Equity and Fairness which stat @
liri

i.  PHARMAC must return to the negotiating table with the supplier of th atment

ii. PHARMAC must negotiate in good faith toward funding Soliris for amjinimum/of 8 N patients

iii. PHARMAC must establish fair assessment criteria, based on d)-é fromthevpternational
haematological community, to assess patient need for the i en @

iv. PHARMAC must amend its Operating Policies and P, @t ac d e right of rare disease
patients to access life restoring and life saving treat 6‘\‘3\/ th pbdﬁ ample of the Soliris treatment

)

uch illness in her short life and needs to
and her parents
.\R@ase, PLEASE reconsider and make this much

My niece suffers from PNH and is only in her
be given a chance at a better quality of life,
should not need the additional worry o
needed treatment available.

WI da
I respectfully request that my em@

%@
%




From: lindsay brown |||

Sent: Tuesday, 4 June 2013 6:28 a.m.
To: eculizumabfeedback

Subject: PNH patients

Hello,

This matter was brought to my attention in a class at the University of Nevada, Reno. | encourage that this
medication be available to people who suffer from PNH. We need to save lives not destroy them. It is inhuman
withhold life saving medication.

Thank you, @ @
Lindsay Brown &
Sent from my iPhone 2 §



From: lisa archer [N

Sent: Saturday, 27 July 2013 9:06 p.m.
To: eculizumabfeedback
Subject: Proposal to decline a funding application for eculizumab

I support the PNH patients in New Zealand in their fight to gain access to the lifesaving treatment eculizumab.

I DO NOT support Pharmac’s proposed intent to decline this treatment.
e When Pharamc takes this type of consultation to the public | should be able to rely on Pharm

provide accurate and reliable information that will help guide responses fr communi

this consultation you have overstated the number of people affected WIt /}h inftarn
exaggerates the likely real cost of treatment. You did this back in 20

reported to the Board that there would be up to 100 affected pa |n w Zealan

disease. That treatment was declined, and it looks as thou mte to de umab,
again with dubious data as the basis for a decision. This i |s able n uId withdraw
this consultation because of the misleading informatio |s li w responses from
the public.

e These patients have a right to life. Qur health sys!

yadu s their needs in a fair and

equitable way. When Pharmac places s s e sts, cost-effectiveness and

alternative use of the money, but does n su s, equity, fairness and community
values; you are failing in your duty. Thé\Di ve this duty, and Pharmac is acting
|

as their purchasmg agency You s -

an effective treatment, i
Try living with a child
dare you sayitist
necessarily, unjustifiably.

n criteria and priorities that they have.
provide treatment. How, as a humane,

her than death because they have a rare disease. How
ffective treatment. Cut the health care to criminals and

itie rovmg health outcomes for individuals and communities will gunde our

C|5|on making”, which are set out in the agreement between DHBs and Pharmac

you'decide things on their behalf.

¢ Decision Criteria: The decision criteria used to assess medicines are not fair for those who are
affected by rare diseases. There should be an additional layer of decision-making for rare diseases
that do not fit the standard cost effectiveness threshold for large populations. These additional
layers already exist in Australia, England, Scotland and other places around the world, because they

have recognised that it’s a fair way to deal with the disadvantage of rare diseases.
1



rare diseases.

Pharmac’s assumption that “best health outcomes” as mentioned in its legislation, can be strongly
associated with calculation of Quality Adjusted Life Years, is too narrow a view of what is “best”,
especially when Pharmac’s calculations do not take into account non-health-sector costs. The
decision criteria should include a broader range of considerations that are important to patients, so
that the decisions are made in a patient-centred way.

Pharmac also has a responsibility for “health outcomes that are reasonably achievable”. Your
narrow perspective on technical assessment and budget management, to the exclusion of patient
rights and interests from decisions, are an outcome that effectively discriminates against patients
with rare diseases, and is not a reasonable outcome by any measure.

Pharmac often emphasises the “tough decision” approach that some will be funded and others not.
That is too simplistic and can also be unfair, as it is in this case. There are very good reas to
adopt an equitable approach that spreads medicine funding across as many s of health s
possible, so that no group is completely abandoned. That is the appro wi nge
services in our health system and Pharmac should adopt a similar a@ her t exclude

and abandon certain groups.

| do not support your intent to decline treatment for the PNH group or ot :::! atients’where e are’therapies for

Regards

oy

©



From: Lisa Cross

Sent: Saturday, 1 June 2013 8:05 a.m.
To: eculizumabfeedback

Subject: Feedback

To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris. &
1 DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment. @
I support the PNH Support Association’s proposition for Equity and Fairness whic 1 @

i.  PHARMAC must return to the negotiating table with the supplier of t

ii. PHARMAC must negotiate in good faith toward funding Soliris f;

iii. PHARMAC must establish fair assessment criteria, based ¢

he right of rare disease
ample of the Soliris treatment

iv. PHARMAC must amend its Operating Policies and
patients to access life restoring and life saving treat

1 find it absolutely abhorrent that people are told e life is no gh to extend for another 30 years,
especially when it has been shown that Soliri y notbe n long a term.

Yours faithfully %@ g %

Lisa Cross @



From: Lisa Macready —

Sent: Thursday, 6 June 2013 10:10 a.m.
To: eculizumabfeedback
Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

{eculizumab)

To Whom it May Concern;
I support PNH patients in New Zealand in their fight to gain access to the lifesaving treatment Soliris

1 DO NOT support PHARMAC's proposal to decline funding for the Soliris treatme

| support the PNH Support Association's proposition for Equity and Fairness wh s:
1. PHARMAC must return to the negotiating table with the supplier of th atment
ii. PHARMAC must negotiate in good faith toward funding Soliris for f8 N patients

ili. PHARMAC must establish fair assessment criteria, based on rnational

haematological community, to assess patient need for the

iv. PHARMAC must amend its Operating Policies and Pr
patients to access life restoring and lifesaving treat

Soliris can be used to save and improve the qualityof s, inclu

is onlyl. Please help him to live long enough to vot sefz
Yours faithfully @:: @

This e4nail arid a &smiﬂed with it are confidential and may be privileged. They are only for the use of the person to whom they are addressed. if
1 fitehded recipient you have received this e-mail in error. Any use, dissemination, forwarding, printing, copying or dealing in any way
e-mail is stricly prohibited. If you have received this e-mail in emmor, please notify the sender and delete the email and any copies made



From: Lisa Marie Anderson ||

Sent: Friday, 31 May 2013 9:29 p.m.

To: eculizumabfeedback

Subject: : Submission to PHARMAC's Proposal to decline a funding application for Soliris
{eculizumab

To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.

I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.
I support the PNH Support Association's proposition for Equity and Fairness which sta @
liri b

i. PHARMAC must return to the negotiating table with the supplier of th atment

ii. PHARMAC must negotiate in good faith toward funding Soliris for.amini

ili. PHARMAC must establish fair assessment criteria, based on
haematological community, to assess patient need for the

right of rare disease

e
ic.example of the Soliris treatment

iv. PHARMAC must amend its Operating Policies and Pr ck
patients to access life restoring and life saving trea inthe s
A %
| think it is disgusting and disgraceful to not give a sma I\i “ a fighting chance in life with this
much needed drug. Every moment of everyday peo

ike
igyngm% raise the money. The selfishness and
greed is unfathomable and | absolutely live j for a posi |@) e for PNH patients and their distraught

families. W
Yours faithfully @

e
C

Lisa Marie Anderson.



From:

Sent: Thursday, 20 June 2013 9:08 p.m.

To: eculizumabfeedback

Subject: Submission to Pharmac's proposal to decline a funding application for Soliris
Attachments: 20130620095821028.pdf

>



20 June 2013

To Whom It May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life saving treatment
Soliris.

I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatmen

{ support the PNH Support Assoclation's proposition for Equity and Falrness wh @
i. PHARMAC must return to the negotiating table with the supplier iri treat/%
ii. PHARMAC must negotlate in good faith toward funding Soliris-for a i

patients O

jii. PHARMAC must establish fair assessment criterla, ert ad e
s'treatment
n

international haematological community, to asse
dure nowledge the right of

i i @5 as In the specific

iv. PHARMAC must amend its Operating Policl
rare disease patients to access life restor

example of the Soliris treatment ; i
urs faithfully g%@ @




From: L T AR

Sent: Wednesday, 3 July 2013 6:59 p.m.
To: eculizumabfeedback
Subject: funding

To Whom it May Concern
The availability of the drug eculizumab to those suffering from PNH is vital. My daughter aged. has PNH and was
diagnosed aboutl years ago now. She is an Australian citizen and therefore has been fortunate to receive this life
saving drug through the Australian Life Saving Drug program not without a long battle to get it passed through
government. Without this drug she suffered severely and the difference is remarkable since’going on Eculi

her life expectancy has gone from 5 years to a long long life now.

| plead with you to reconsider your decision in New Zealand to not release this drug to
Zealand —peoples lives are at stake here . There should be no question, yes itise i
price on someones life it is just unthinkable that this would be the case.

Regards @




From: Jenny Noble [

Sent: Friday, 19 July 2013 10:15 a.m.
To: eculizumabfeedback
Subject: Submission to PHARAMC'S proposal to decline a funding application for Soliris

(eculizumab)

To whom it may concern:
| support the PNH patients in New Zealand in their fight to gain access to the lifesaving treatment Soliris.
I DO NOT support Pharmac’s proposed intent to decline this treatment.

e When Pharamc takes this type of consultation to the public | should ely an to
provide accurate and reliable information that will help guide re 3 the community. In
this consultation you have overstated the number of people ted with P
exaggerates the likely real cost of treatment. You did this %1 W ¢ staff
reported to the Board that there would be up to 100 a ients land with Pompe
disease. That treatment was declined, and it looks i 0 decline Soliris, again
with dubious data as the basis for a decision. This’i u should withdraw this

jch in"turn over

consultation because of the misleading info
public.

ikely to skew responses from the
e These patients have a right to life. Our t to address their needs in a fair and
asis on costs, cost-effectiveness and
ta i&sues of rights, equity, fairness and community
e Djstrict Ith Boards have this duty, and Pharmac is acting
ul e decision criteria and priorities that they have.

0

% ntaged because their condition is rare, and when treatments
ubly affected by the high cost and the very small market due to small

number ir right to health, and contrary to goals of “Equity of access, reducing
ine ealth outcomes for individuals and communities will guide our
an isionmaking”, which are set out in the agreement between DHBs and Pharmac

@ w you(deci ings on their behalf.

: .@; The decision criteria used to assess medicines are not fair for those who are

e Deci
af are diseases. There should be an additional layer of decision-making for rare diseases
3 not fit the standard cost effectiveness threshold for large populations. These additional

e Pharmac’s assumption that “best health outcomes” as mentioned in its legislation, can be strongly
associated with calculation of Quality Adjusted Life Years, is too narrow a view of what is “best”,
especially when Pharmac’s calculations do not take into account non-health-sector costs. The

1



decision criteria should include a broader range of considerations that are important to patients, so
that the decisions are made in a patient-centred way.

¢ Pharmac also has a responsibility for “health outcomes that are reasonably achievable”. Your
narrow perspective on technical assessment and budget management, to the exclusion of patient
rights and interests from decisions, are an outcome that effectively discriminates against patients
with rare diseases, and is not a reasonable outcome by any measure.

e Pharmac often emphasises the “tough decision” approach that some will be funded and others not.
That is too simplistic and can also be unfair, as it is in this case. There are very good reasons to
adopt an equitable approach that spreads medicine funding across as many areas of health n as

possible, so that no group is completely abandoned. That is the approach ss a wide . of
services in our health system and Pharmac should adopt a similar appr. ather t xclu
and abandon certain groups. @
patients’'where e are'therapies for
rare diseases.
o
oy

/\

Jenny Noble “ ;;
Field Officer | Administrator

Lysosomal Diseases New Zealand

167 Hollister Lane

Ohauiti, Tauranga, New Zealand @ @

I do not support your intent to decline treatment for the PNH group or othet

Phone +64

Cell:

e-mail

Website www.idnz.org.nz \b} \




From: Marg & Sarry I

Sent: Thursday, 18 July 2013 2:23 p.m.
To: eculizumabfeedback
Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

To Whom it May Concern;

I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatmen
I support the PNH Support Association's proposition for Equity and Fairness whi S; @

%

i
PHARMAC must return to the negotiating table with ier@ris treatment

I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris. E

ii.
PHARMAC must negotiate in good faith towa Soliris minimum of § NZ PNH
patients v

iil. <\e
PHARMAC must establish fair assessment criteria /\d\ xpert advice from the

international haematological com ity, ssess pal eed for the Soliris treatment
iv.
PHARMAC must amend it ating Policies and Procedures to acknowledge the right of rare

ng and life-ss ving treatments as in the specific example of

disease patients to access1i

the Soliris treatment
I have a friend with P it1s ve o see her in such constant pain. It is difficult to see such a
positive happy bub and her family, going through hell.

era,in a first world country, that life saving medication is denied to

Your

Margaret Francis

Sent from my iPad
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To whom it may concern:

I am | the mother of [l who suffers from the acquired blood disease PNH,

What can anyone say by way of a submission when their first born child’s life is at stake?

What can | say to you that would change your mind, and fund this drug Soliris for my daughter
and her fellow sufferers?

All | can say is | have seen her suffer.
I have seen her suffer as a young adult when finally she was diagnosed om a@
or raged against the fairness of it all. She just was thankful, that she fi diagnos i

) -

the dreadful label we now know as PNH.

Elicls = =] Y AOSY
How, she has run her professional life ar@zu d wi \iy demands, has been to
me, an overwhelming display of her tenpaci at cour has shown her family and
friends. What perseverance. Herfar has been’ atriumph over adversity.
ofe t children of our society to work towards.
t'ho you have struggled and suffered because we, your
government are not aluely us far, or your efforts to endure, no matter what.

We are not g?@ ort yo%

Surely, these are the values

Now we are sayingto h

However the most important job | could ever have in my

life, t iv mofhe Wndmother, has been potentially removed from me. Firstly by
adi thiat'can 4 h»: ated with drug treatment, and then by a Government funding group,
th

.: o
forities:

ious to someone. Your own children more so. My precious daughter is left to
try that is not her homeland. Knowing she can never come home, as her

will not support her in her medical needs. Knowing her family will always be out of
h. Knowing her country has discarded her.




What stress for her. If she could give me her disease | would gladly take it. As this will never be
an option, | ask you to look at my daughter and the PNH sufferers as people who need to be
viewed as members of our society who are a yardstick of how we treat the most vulnerable
members of our society. Grant them a reprieve and give them some support by funding the
drug they desperately need to stay alive and loved.

To Whom it May Concern,

| support PNH patients in New Zealand in their fight to gain access to the life savingtreatme

soliris.

I DO NOT support PHARMAC's proposal to decline funding for the Solitis t ent.

I support the PNH Support Association’s proposition for Equit@ne w ic& es:

i) PHARMAC must return to the negotiating table with Kligar of t m eatment

ii) PHARMAC must negotiate in good faith toward f oliris for 4 mi of 8 NZ PNH

patients
iii) PHARMAC must establish fair assessmentﬁcri& \ do e vice from the
@ patient E r the Soliris treatment
dP o acknowledge the right of
nd Aif ‘% t

international haematological communi
iv) PHARMAC must amend its Operating*Polici
rare disease patients to access life restering’a reatments as in the specific

example of the Soliris treatme O

Yours faithfully




From: Marianne Hannagan_

Sent: Tuesday, 30 July 2013 9:58 a.m.

To: eculizumabfeedback

Subject: Submission to Pharmac's proprosal to decline Soliris (Eculizumab)
Attachments: Soliris submission.docx

Morning Sue

Please find attached a submission for the above. Thank you.

Regards
Marianne Hannagan § 5



RE: SUBMISSION TO PHARMAC'S PROPOSAL TO DECLINE A FUNDING
APPLICATION FOR SOLIRIS (ECULIZUMAB)

[ support PNH patients in New Zealand in their fight to gain access to the life
saving treatment Soliris.

I DO NOT support PHARMAC's proposal to decline funding for the Soliris 3

treatment. é?

[ find it abhorrent that Pharmac should consider declini @ding@
medicine now or in the future on the basis that “we Pﬁ' ) understa
prefer”. Uncertainty is a factor many patients
continually confront.

PNH and other patient groups need tran
quest for access to high cost medid%t
their lives and health outcomes S@

chronic and very often severe healthi

Those individuals with

historically to have hi edieines, (which do not meet the cost-benefit
criteria) funded hav granted access to these
pharmaceuticals 0 is, due to publicity and public outcry,

with others fi ih th not being treated in a similar manner.
This is not pproac it does not address the underlying issues
that make the em‘inadequate when dealing with expensive

phar

icals.
he st procedure applied to its decision making process
' dicines are involved, with transparency around outcomes
associated with those medicines. Expensive treatments are

g to prove extraordinarily difficult to provide an outcome

ill be totally accepting of, but a blanket denial of access to those
ts for patients and families who desperately require these is not
tsolution, when it is based solely on cost. They are expensive medications
developed predominantly for the benefit of few patients and are very often
still under patent. Pharmac needs to do what it does best — negotiate with
these pharmaceutical companies!




Other countries have begun treating these types of high cost pharmaceuticals
differently from other mainstream medicines. New Zealand needs to look at
the treatment of high cost medications in other countries. In Scotland, for
example, they have established a new fund of £21 million to ensure that rare
conditions have access to medicines and are not further disadvantaged due
to the very high costs associated with these treatments (for year March
2013-April 2014).

order to deliver certainty. Seriously ill New Zealanders
and lives severely compromised and then have to live

that there is a potentially life-saving drug, which is gvai i {&
countries, but not funded in New Zealand due to s dec'@aking
criteria. @ @

The cost-benefit ratio I agree is an important otive w@essing an

established itself
ompanies. This is
significant savings in
Ines 1k of New Zealand's
population. Negotiations w K@ﬁrmace@j@ panies for high cost
medicines will always b \Y fic oth sides to arrive at a mutually
agreed price point bu K eady proven itself as a skilled
()

a
negotiator. Pharma %%ﬁ to the negotiating table for those

needing Soliris.

ently% isited its decision-making criteria around rare
t medicines. Soliris and those who so urgently need
e on their side, nor do other patients where there are
le, but beyond reach in New Zealand.

why Pharmac has been incredibl

as a country extremely capable of neg\jg
the provision of healthcare for me

It is time Phg
conditi

access to ot
cr; hie'the raé&%
IDO %@ort PHARMAC's proposal to decline funding for the Soliris
tre

Qk you for your time and consideration of the above.




From: marilyn owen

Sent: Thursday, 6 June 2013 12:34 p.m.
To: eculizumabfeedback
Subject: submission to Pharmac's proposal

To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.

I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.
| support the PNH Support Association's proposition for Equity and Fairness which %

i. PHARMAC must return to the negotiating table with the supplier of th i eatment

ii. PHARMAC must negotiate in good faith toward funding Soliris fo?- inim &
ili. PHARMAC must establish fair assessment criteria, based on pe%ﬁa%e fr H e|\¢§ ational
is tre ent Q

right of rare disease

f8 N H patients

haematological community, to assess patient need for the

iv. PHARMAC must amend its Operating Policies and Proc%

ck %
patients to access life restoring and life saving trea as)in the s example of the Soliris treatment
(please include your personal statements here) @ @; ;
Yours faithfully 2@ ©@

Marilyn Owen

To W omi'f&);2
| support t Zealand in their fight to gain access to the life saving treatment Soliris.

p
p ARMAC's proposal to decline funding for the Soliris treatment.

1 DO NOT suyyp
H Support Association's proposition for Equity and Fairness which states:

| suppg

RMAC must return to the negotiating table with the supplier of the Soliris treatment
ii. PHARMAC must negotiate in good faith toward funding Soliris for a minimum of 8 NZ PNH patients

iii. PHARMAC must establish fair assessment criteria, based on expert advice from the international
haematological community, to assess patient need for the Soliris treatment



iv. PHARMAC must amend its Operating Policies and Procedures to acknowledge the right of rare disease
patients to access life restoring and life saving treatments as in the specific example of the Soliris treatment

(please include your personal statements here)

Yours faithfully

Marilyn Owen



From: Mark Kroening

Sent: Wednesday, 26 June 2013 5:09 a.m.
To: eculizumabfeedback
Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

To Whom it May Concern;
| support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.

| DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.

| support the PNH Support Association's proposition for Equity and Fairness which stat @
i. PHARMAC must return to the negotiating table with the supplier& is treatme b
ii. PHARMAC must negotiate in good faith toward funding Soliri a minigium of PNH/patients

iii. PHARMAC must establish fair assessment criteria, base Vi

e IR
SOL°




From: I - o< of Mary Carte: [
Sent: Tuesday, 30 July 2013 10:20 p.m.

To: eculizumabfeedback

Subject: Funding

Dear Sue,

I'm not too sure exactly how many people need this drug in New Zealand, but I am conflicted because I am
aware of the stance and positioning you may be coming from and am also aware of where families who/atre
in need of this drug are coming from.

I choose to support a child who needs this drug out of my own pocket every week r@in
this day and age there is a child who's life would be beneficial (and perhaps ger, sta ife)
because of Eculizumab. But why is it is not funded in our country?

N !‘ gh some
believe that their

there other drugs would be beneficial to support many pe
research | can see that there are many people who this
lives are worth making better or potentially give them

To think that some of these people were working a g t then when push comes to
shove, are in need of medical treatment, they, hﬂﬂold aﬁ%%axpaying dollars go to
support other people and not them, that is a bi . | fee u{;se people deserve a happy
and healthy life and if that's what Eculizum oes for t are we to stop that.

orts of prices. Who puts a price on
apnot paying out for those families who

ittion dollars per person) of unnecessary
dn't be done sooner.

y necessary. Imagine if you needed this drug for a family
decww then struggled to get people's support or enough money

to fund it. Dep' to are struggling already.
Q

Kind ,

Mary Carter %

member but realise



From:
Sent:
To:

Subject:

Kennard M I

Tuesday, 11 June 2013 8:59 p.m.

eculizumabfeedback

Submission to PHARMAC's Proposal to decline a funding application for Soliris
{eculizumab)

To Whom it May Concern;

| supp

ort PNH patients in New Zealand in their fight to gain access to the life saving
treatment Soliris.
I DO NOT support PHARMAC's proposal to decline funding for th atm e

ort the PNH Support Association's proposition for Eqw Fairness wh h states:

| supp

i. PHARMAC must return to the negotiating table supph Soliris

treatment
ii. PHARMAC must negotiate in good faith din % a minimum of 8

NZ PNH patients

ii. PHARMAC must establish fair as crlte on expert advice from
the international haematological com 0 ass n need for the Soliris treatment
iv. PHARMAC must amend it e d Procedures to acknowledge the
right of rare disease patlents ss life r d life saving treatments as in the
specific example of the S ent

Please take this opportunity dl@
Yours faithfully @
Matt Kennard @ %

&

o>



From: watt Scarr

Sent: Saturday, 1 June 2013 2:31 p.m.
To: eculizumabfeedback
Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life saving treatr@s.
| DO NOT support PHARMAC's proposal to decline funding for the Soliris treatn@ @
| support the PNH Support Association's proposition for Equity and Fairnstates: %
i€p ofthe Soli@w t

a mi % NZ PNH patients

ice.from the international
t

i.  PHARMAC must return to the negotiating table with the s
ii. PHARMAC must negotiate in good faith toward fundj

iii. PHARMAC must establish fair assessment criteri
haematological community, to assess patient

iv.  PHARMAC must amend its Operating Policies a roce
patients to access life restoring and life-savin tm specific example of the Soliris treatment

I understand the financial costs ma
money should be valued mor
Unfortunately many people,

but as a blatant and poorl efed
very unlucky people, %

A\
I follow the,uﬁim Iittlé\@v,_ (aka [ . ho suffers from [
funds fof héx.boy, all/f}

‘ig'heartbreaking to know that his mother tries her best to scrape together
e’‘while being pushed back a step with news such as this proposal. | can only
imagin wdaunti nd soul destroying it must be for her at times when a large organisation such as
PHARMAC'makeés’i at they consider her boy's life less important than the money that could be
used to say

Peo I@f ring from such rare diseases only have you to count on. How empty and abandoned they must
feel when-their country, New Zealand of all places, denies them their right to survival, especially when
treatment exists. At the very least they deserve a fair and carefully considered discussion between all
relevant parties. Surely compassion still has a place in our lives.






From: Metyn Bonne: I

Sent: Monday, 8 July 2013 10:09 p.m.
To: eculizumabfeedback
Subject: Eculizumab Feedback

Dear Pharmac Board Members

Jan White, Anne Kolbe, Jens Mueller, Kura Denness, Stuart McLaughlan, David Kerr.

Are we now a 3™ world country where we can’t provide medicine 41 other countriesinr'the world ca\&

for their people.

Gee Pharmac that’s a hard one to get around and explain really isn’t it.
Not for Phamac it’s not the explanation for it is quite simple the other 41 ¢
lobbyists.

Really is that true or is it just possible the other countries have shown co
If Australia can afford to buy Soliris why can’t we. Scaling up for po
exactly the same percentage per population of PNH patients acrosy the

model.

This is a national disgrace and has undermined my personal’sen
undermined my pride to be a New Zealander. Q

What about the little 11 year old girl in Auckland or the ®ig. A

I feel really sad when reading about that little 11 d-girl.

Why don’t we have a high cost medicine policy?

Why don’t you do your job and consider proces mpro s to high-cost, highly specialised
medicines?

Why don't you listen to our own clinici support sor our people?

Your mandate and vision needs an

How about putting patients at the @cci?d of cost reduction.
2

e
How about putting a value on and/dQj ight thing and supporting our population.
You know New Zealand had a 'pr isto ing the world in looking after its people but mow sadly
under Pharmacs guidance rld leader to below 41.

ip
process& ine and not just a tick the box saying we’ve consulted so no

we won’t fund the me so er off.
This won’t b y any-# our PNH patients support network is strong we are in for as long
as it takes.( g 2; : ?

I do you hope this ¢ i

responsibility ight thing.

Pharmac d l'uSe compassion in the modelling.

Pharmac erstated the cost of the medicine.

Pha t taken into account in the cost modelling that the cost of the medicine is decreasing and at
som@r ably within 4 to 5 years it will be ultra cheap when the patent rolls over.

Pha; s further hurt these 8 people by casting them as an unwanted burden on the health system
Pharmac has overstated the number of PNH patients in NZ there are 8 only with severe form of the disease.
Pharmac has understated the survival gain and a decade of research which points to an average survival gain
of > 30 years.

Is our health system consigned to 3rd world Status from leading the world in healthcare to now be below
41st place.



Pharmac has stalled at every point with Soliris citing all sorts of stories like its doesn't work its unproven etc
and when all those stories have been disproved by clinicians the cat is finally out of the bag a stroke of
genius from Pharmac we are too poor to fund it we are below 41st in the world for health care.

Perhaps the board would like to go online at this link and read about Grace 11 in Auckland

http://www.pnhsanz.org.nz/the-faces-of-pnh ! .html

Also have a look at what our Australian friends have said about the difference Sollris has made to their
lives.

M Bonner &
- RS
@éi\\,\@@
S



From: Jensen, Micah

Sent: Wednesday, 5 June 2013 4:14 p.m.
To: eculizumabfeedback
Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

To Whom it May Concern;

| support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.
| DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.
| support the PNH Support Association's proposition for Equity and Fairness whi a
i.  PHARMAC must return to the negotiating table with the supplier of-the Soliris treat t
ii. PHARMAC must negotiate in good faith toward funding Soliri Q iimu patients
ili. PHARMAC must establish fair assessment criteria, based dvice.f @a nternational
haematological community, to assess patient need fo® N N
o

iv. PHARMAC must amend its Operating Policies an es to ﬁg ledge the right of rare disease
e e i

patients to access life restoring and life savin as g :§h ¢ example of the Soliris treatment

ANZCVS (Avian Health}

Yours faithfully @
Micah Jensen g%
icah J
dent in avian, wildlife and zoo animal health

£ 4 Veter| b2
e ettt T oty v 29 A@
pley i om tha Inte mc
D C—

Institute of Weterinary, Animal & Biomedical Sciences

\: -
RO 1 —

ail Private Bag 11-222, Palmerston North, New Zealand 4442
</ N \>\ B

v

Website http://ivabs.massey.ac.nz | http://wildlife.massey.ac.nz




From: Michael McGurk ||

Sent: Tuesday, 23 July 2013 1:55 p.m.
To: eculizumabfeedback
Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life-saving tra@nt Soliris.

I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.
ich'states:

i. i S(@fﬁne t
ii. PHARMAC must negotiate in good faith toward fun isyfor a 8 NZ PNH patients
has %e from the international

iii. PHARMAC must establish fair assessment crifex
haematological community, to assess patient need fa

iv. PHARMAC must amend its Operating
disease patients to access life restoring and
treatment

Yours faithfully @
Michael McGurk,
Christchurch. ,; % § %



From: B R T

Sent: Wednesday, 19 June 2013 3:49 p.m.
To: eculizumabfeedback
Subject: Soliris for PNH Patients

I'm writing to let vou know about my wife’s story:
In F at age JJj (withchildren under|) she was diagnosed with Aplastic Anaemia. She was desperately unwell at
that time.

She made a slow recovery until 2003 when diagnosed with PNH.

Dependant on regular blood transfusions at that time she participated on a world wide trial of ecluzibab (soliris

Ever since and receiving fortnightly treatments of Soliris she has lived an almost normal life change in h h
was amazing!! Little or no symptoms now exist.

She is now [l and we expect many more healthy years ahead. We regularly travel and ing forward to
watching our grandchildren etc.

We are indeed blessed that this treatment is available to her.
| hope you provide this life saving to your NZ patients as soon as possible.

8th Floor, 60 Albert Road, South Melbourne, Vic 3205

BagrRed? BAxTER ByeE

EARTINIES i "l' B 4 r x
p: { f- 03 9693 7733

e: ]
Liability limited by a scheme approved under Professional stan@a B

This message and any attachments may be confidential and
this message for the intended recipient), you may nai
the message. If you received this message in error,

re the intended recipient (or authorized to receive
psets anyone the message or any information contained in
edidtely. To the extent that this email contains information
es_not warrant that it is accurate or complete. To the extent that




From: wilson, Michelc I

Sent: Tuesday, 30 July 2013 2:14 p.m.

To: eculizumabfeedback

Cc: exec.director@nzord.ord.nz

Subject: PNH

Attachments: Submission to Pharmac from LDNZ - July 2013.docx

To whom it may concern:

I do not support Pharmac's proposed intent to decline treatment to PNH patients. It is disappeinting to think

companies such as Pharmac have the power to make a massive positive difference to the ese pati .
choose not to. I hope that you take a moment to imagine your own child, husband, wif athef had this
disease.. and reconsider.

Regards

Michele Wilson

T ey @
©
S

}§



To provide feedback, please submit it in writing by Wednesday, 31 July 2013 to:

Sue Anne Yee
Therapeutic Group Manager
PHARMAC

Email: eculizumabfeedback@pharmac.govt.nz
Fax: 04 460 4995
Post: PO Box 10 254, Wellington 6143

Subject: Submission to PHARAMC'S proposal to decline a funding application for Soliris {eculizumab)

To whom it may concern:

I support the PNH patients in New Zealand in their fight to gain access to the lif

I DO NOT support Pharmac’s proposed intent to decline this treatment

to the Board that there would be up to 100 a i ealand with Pompe disease.
That treatment was declined, and it looks i ine Soliris, again with dubious

equitable way. When Ph

use of the money, bu 0
are failing in your d %
purchasing age Id decision criteria and priorities that they have.

istri h Boards have this duty, and Pharmac is acting as their

seases aremivantaged because their condition is rare, and when treatments
they doubly affected by the high cost and the very small market due to small

Patients @ r
bec avai
Wa d r right to health, and contrary to goals of “Equity of access, reducing

g health outcomes for individuals and communities will guide our

ion making”, which are set out in the agreement between DHBs and Pharmac
ide things on their behalf.

. Criteria: The decision criteria used to assess medicines are not fair for those who are
ted by rare diseases. There should be an additional layer of decision-making for rare diseases
do not fit the standard cost effectiveness threshold for large populations. These additional

yers already exist in Australia, England, Scotland and other places around the world, because they
have recognised that it's a fair way to deal with the disadvantage of rare diseases.



Pharmac’s assumption that “best health outcomes” as mentioned in its legislation, can be strongly
associated with calculation of Quality Adjusted Life Years, is too narrow a view of what is “best”,
especially when Pharmac’s calculations do not take into account non-health-sector costs. The
decision criteria should include a broader range of considerations that are important to patients, so
that the decisions are made in a patient-centred way.

Pharmac also has a responsibility for “health outcomes that are reasonably achievable”. Your narrow
perspective on technical assessment and budget management, to the exclusion of patient rights and
interests from decisions, are an outcome that effectively discriminates against patients with rare
diseases, and is not a reasonable outcome by any measure.

Pharmac often emphasises the “tough decision” approach that some will be fu and others
That is too simplistic and can also be unfair, as it is in this case. There are ve
an equitable approach that spreads medicine funding across as many areas
possible so that no group is completely abandoned. That is the appro
services in our health system and Pharmac should adopt a similar ch
abandon certain groups.

| do not support your intent to decline treatment for thi he ; where there are
therapies for rare diseases. @

O
< \a




From: Tom and Shell Kelly_

Sent: Thursday, 6 June 2013 2:16 p.m.

To: eculizumabfeedback

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris
(eculizumab)

Attachments: proposition_equity_and_fairness_-_email_submission_template.doc



To Whom it May Concern;
| support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.
| DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.
I support the PNH Support Association's proposition for Equity and Fairness which states:
i. PHARMAC must return to the negotiating table with the supplier of the Soliris treatment

ii. PHARMAC must negotiate in good faith toward funding Soliris for a minimum

iii. PHARMAC must establish fair assessment criteria, based on expert advice &
haematological community, to assess patient need for the Soliris treat

the right v r

pecific.éxample’of the

iv. PHARMAC must amend its Operating Policies and Procedures to
disease patients to access life restoring and life saving treatme sint
Soliris treatment O

| cannot understand how PHARMAC can walk away from this: @} lo ts and budgets
n\y, ot th n or daughter could

and realise that they have people’s lives in their hands. S n@
ntry where our

Yours faithfully @ @
Michelle Kelly 322@ %@



From: Mike and Jo Grogan_

Sent: Monday, 29 July 2013 6:44 p.m.
To: OPP Review; eculizumabfeedback
Subject: Funding for rare diseases

Subject: Submission to PHARAMC’S proposal to decline a funding application for Soliris (eculizumab)
To whom it may concern:
I support the PNH patients in New Zealand in their fight to gain access to the lifesaving treatment Soliris.

1 DO NOT support Pharmac’s proposed intent to decl...ine this treatment. I also beli
backward step for New Zealand as a whole.

New Zealand is a civilized democracy. We are part of the United Nations and pri
rights record. We hold our own on the world stage in every area of excellen
population. We have earned respect! Our public health system and our medicines
(Pharmac), are held up as models by which other nations strive to aspi

, In spite of these
1f, makes our refusal

medicines are costly, not just to New Zealand, but to the inte
high costs, other cash strapped nations appear to be meeti
to treat even more difficult to justify.

If we take the upholding of human rights seriously, we ee ew Zealand citizens have a right

to life. Hence, we have a moral obligation to ensu ong-ha % to life sustaining treatment

when such treatments become available. No clinic ation s er be completely abandoned in our
t

se the costs are higher than average,
is callous and inhumane. I recognize that it must be-diffi to balance the books, but it would be

morally wrong to achieve this by denyis ;‘ atment to thi select group of patients.
Patients with rare diseases are already disadvantaged ' f deteriorating health and all that this entails;
: d press

res'\of having to fight for the health benefits that most other
G

As I see it, a far more compassiong
expertise upon which Pharmac has built its international

companies, which incidentally is-the precise
reputation. Come on Pharmacl'Do the rightth
I do not support youk infent 4o’ decline treatment for the PNH group or other patients where there are
therapies for ra ,

Your sincer@

Jo Gn@ @




From:
Sent:
To:
Subject:

Mies Craword I

Wednesday, 3 July 2013 11:45 a.m.
eculizumabfeedback; OPP Review
Fight to gain access to the life saving treatment Soliris

To Whom it May Concern;

| support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.

Yours fa

1 DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.
| support the PNH Support Association's proposition for Equity and Fairness which sta @
nt

PHARMAC must return to the negotiating table with the supplier of the § @w
PHARMAC must negotiate in good faith toward funding Soliris for a of8 N
PHARMAC must establish fair assessment criteria, based on ex@ ice from #
haematological community, to assess patient need for the Solifis t @t

%now @r' ht of rare disease

)
sp c 9@ € of the Soliris treatment

PNH ?ns

arhational

PHARMAC must amend its Operating Policies and Procedu
patients to access life restoring and life saving treatment

ithfully

Miles Crawford @



From: Miriam Rocrigues I I

Sent: Wednesday, 31 July 2013 2:09 p.m.
To: eculizumabfeedback
Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

To Whom it May Concern;
I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.

I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment. (:é

I support the PNH Support Association's proposition for Equity and Fairness which states:
i PHARMAC must return to the negotiating table with the supplier of the Soliris tr
ii. PHARMAC must negotiate in good faith toward funding Soliris for a minimum o patie

iii. PHARMAC must establish fair assessment criteria, based on expert ade

haematological community, to assess patient need for the Soliris treatment
iv. PHARMAC must amend its Operating Policies and Procedures to acknowle
patients to access life restoring and life saving treatments as in the specific ple of th

regards, @
Miriam Rodrigues @ @

f rare disease
atment

i



From: Dean Suhr

Sent: Monday, 22 July 2013 6:29 a.m.

To: eculizumabfeedback; 0116444604995 @efaxsend.com
Cc: NZORD John Forman; Jenny Noble

Subject: Comments on eculizumab

Attachments: New Zealand Pharmac - eculizumab (Soliris) 2013-07.pdf

Greetings Ms. Yee,

Attached please find our submission to the public comments on PHARMAC’s prop enial of ac
eculizumab. We oppose this denial.

[see attached file: New Zealand Pharmac - eculizumab (Soliris) 2013-07.pd
Best Regards,

Dean

Dean Suhr
President
MLD Foundation

Complete MLD information ... tes
Now recruiting ... ERT and 2
Check out our blog

Find links to our Facebook, Pintefest and m

Upcoming MLD Family Confer: s™ Gatherings™
ates@ud 3rd in New Jersey. REGISTER NOW!
g 2014

We earn a small referral fee if you use our link to start your Amazon order. We don't
thing. See the home page.




)2

21345 Miles Drive
West Linn, OR 97068-2878

+1 503-656-4808
FAX: +1 503-212-0159

®
‘ deansuhr@MLDfoundation.org
. www.MLDfoundation.org

A registered 501(c)(3) non-profit serving families worldwide

July, 21 2013

RS

Therapeutic Group Manager
PHARMAC
PO Box 10 254, Wellington 6143

eculizumabfeedback@pharmac.govt.nz @é §

Fax: 011 64 4 460 4995

Dear Ms. Yee,

1és around the world with
ost often affects infants

The MLD Foundation supports and pr

Compassion for families, inc @ &ss$iimfluencing & funding Research, and
expanding Education for i

On behalf of the M a
PHARMAC's prop
parOXySmal noc "1 1

We are s pead PHA

applicatio tent with the

tha W because although it is an effective treatment, it is
e pensi

o %\/‘;‘he chnical conclusion is that eculizumab “is an effective
t,"\ P 2 C has a responsibility for “health outcomes that are reasonably

e patients have a right to access effective therapies which your

C’s responsibility is to facilitate access to viable therapies in as cost effective
wner as possible. Alexion, like every other rare disease therapy company, has
hmerous fiscal programs to assist those countries unable to provide fully for families
at need access to their therapies. PHARMAC knows this yet relies on list prices to
argue for denial. New Zealand’s claim that they are a small country and cannot afford



these relatively expensive therapies is offset by your smaller populations and resulting
lower actual count of affected individuals. The prevalence of rare disease in New
Zealand is no higher or lower than any other developed country so your fiscal
challenges and access to tax funds scale exactly as they do here in the United States,
Japan, Europe, or even Australia. Or is PHARMAC arguing that New Zealand
arguing, based solely on population, that they are the fiscally the same as other similar
populated countries under-developed countries like Central African Republic, Congo,
Liberia. We think not. You, like every other developed country are wrestling with
balancing budgets and setting priorities.

PHARMAC has clearly stated that the proposed denial is one based onl
as a stool does not stand on one leg, basing life saving and quality of Ii
decision on only one parameter does not make sense. Efficacy, accessi

treatment, cost, quality of life, and impact on society of healthy
&3

such as the cost issue in this case, the other four legs can provi
PHARMAC's arguments about cost need to include tota:
medical and loss of productivity to society, and they
EVERY individual to be respected and equally care

make a much more stable 5-legged stool. In fact, when one le
ease jumping

Why is an organization based in another cou on

in on this discussion? Two reasons. 1) We h ML il nference™ in
New Zealand in 2011. We filled the meefi ce at the i Inn in Wellington
with families of current and angel famil TS Wit This was the first time
ever to have a national gathering of ilies aland. Our meeting was

e considered, however, none
d get 1n our car and drive to.
e extraordinary efforts. 2) We, like

ve an ethical and moral responsibility

very expensive to hold when trave

Supporting families with ppe
PHARMAC and your Distr
to, in a reasonable fashign, préx to families no matter where they live or
their financial circu%. two of us, unpaid volunteers, literally
traveled half w. e

ith New Zealand families — and in adjacent

years we wer , M nd-other cities outside the United States. And it is
why we a o4 out today\.> ery patient matters, no matter their disease. Less
than 5% of‘the rare diir ses have’therapies — it is simply unacceptable that the handful
of p it can.be ight go without.

1

rare disease patients have as much right to health services as

mber oﬁ%? 1th an individual rare disease is small and their individual

Q 1sease. In the United States the total cost of rare disease therapies,

oice§ thay
se with(chro
3 é{% d the full list prices that New Zealand will most likely not be

ch €dyis\but a drop in the bucket compared to what is spent on cholesterol lowering
%es the prices are high, but the total cost impact is very low because the patient
ti

é
%lence must always be considered in context.

ow. Taking drug prices out of context, and even extrapolating about patient

urther, please realize that the voice of the rare disease community is just beginning to
be heard. Just as HIV/ATDS activists organized some 40 years ago, we are doing the



same in the rare disease community. Worldwide, 1 in 10 people has one of the over
7,000 rare diseases. 1 in 10 is not something to be ignored, but consider that each of
these patients has two parents, a neighbor, perhaps a teacher or a boss — that 4 or 5 in
10 that are directly impacted by rare disease. Dismissing this community disease by
disease is not a good choice.

Further, you should feel fortunate that LDNZ — Lysosomal Disease New Zealand has
such talented and committed individuals in their leadership. They literally travel the
world to be informed about and influence research. This is not your typical “I read it
on the Internet” organization. LDNZ is known, recognized, respected, actj
connected, and contributing, not only on behalf of patients in New Zeal
worldwide. You would be wise to heed their perspective and knowle
100% full support of the detailed response LDNZ have provided t
the New Zealand specific issues surrounding this proposal. We
intimacies of the Kiwi health system and society, but we can a
discussion.

We DO NOT support PHARMAC's proposed inten
(Soliris) for the PNH group or other access for oth
are therapies.

% % Dean Suhr, President
% MLD Foundation



From: Monique Griffin ||

Sent: Wednesday, 24 July 2013 8:47 a.m.
To: eculizumabfeedback

Subject: Reconsider saying yes to eculizumab
Dear PHARMAC:

I'm writing to you once again, to ask you to reconsider funding a treatment for a rare disease. Please reconsider
funding eculizumab. | understand this treatment is expensive, but we all know the biotech firms are willing to
ity

with you on cost. | also understand how well your business model for keeping costs downs erved your
in the past. However, that system is outdated and was never meant to handle rare cﬁ;@’ thei

k
medicines, because let's face it, you didn't take them into consideration when forming -oiled mohey saving

machine. You didn't have to, they didn't exist. Times have changed and it is time f
provide their citizens with the medicines they need - speciality and non-specia%

works.

e to die

If specialized medicines do not fit your business model you need a ne
is i and age. Please

because they cannot be treated or cured with cheap aspirin or Via
reconsider funding this medicine along with all other speciality (
should New Zealanders have to suffer and die when there are€ffecti ilable. You need to find a way
to fund this medicine, other countries have figured it out. I i 3
other areas, a lot of planning and reconfiguring will hav
the fullest worth that? Don't you want to be part of s
being the organization known as the government rationi

You have an opportunity to actually positiv

Thank you for your time. @
Sincerely,
Monique Griffin i



T N ]
From: Monique Reve

Sent: Thursday, 6 June 2013 9:16 a.m.

To: eculizumabfeedback

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.
I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.

I support the PNH Support Association's proposition for Equity and Fairness which states:

PHARMAC must return to the negotiating table with the supplier of the Soliris treatment

PHARMAC must negotiate in good faith toward funding Soliris for a minimum of 8 NZ PNH patients

PHARMAC must establish fair assessment criteria, based on expert advice from the international haematol ity, to asse: tient need

for the Soliris treatment

PHARMAC must amend its Operating Policies and Procedures to acknowledge the right of rare di access life re g and life

saving treatments as in the specific example of the Soliris treatment

ent, If a parent refused to

I cannot understand why or how our govt can decline help for these few people that desp??y cdthe help of
u hter when their child passes
t3.0f serious health treatment that is

give their child health care that they desperately needed would they not be labeled with d ged wi
away for not receiving critical treatment that they need? Then how can our govt get a \Wﬁng the'si

desperately needed and putting these peoples health at risk?! @ : g

Yours faithfully

Monique Revell @



From:

Sent:

To:

Subject:
Attachments:

Importance:

Nicole Millis
National Manager

Mucopolysaccharide &
Related Diseases Society
Aust. Ltd

National Manager

Wednesday, 31 July 2013 12:48 p.m.

eculizumabfeedback

Submission to Pharmac's proposal to decline funding for Soliris
Pharmac letter Soliris.pdf

High

PO Box 623
Hornsby NSW 1630
Australia

p.+61*
f. +61 2 9476 8422
e.
W. WWW.Mmpssociety.org.au



MPS ¥

AUSTRALIA
Mucopolysaccharide
; & Nelated Diseases Society
31 July 2013 Aust. Ltd
Registersd chavity number
Ms Sue Anne Yee iz: ;(;91?2 e
: an: CN 064
Therapeutic Group Munager ABN 76 064 723 146
PHARMAC Post
i i = ostal Address
Email: eculizumabfeedbackiipharmac.govt.nz PO Box 623 Hornsby

To whom it may concern.

Re:  SUBMISSION TO PHARMAC'S PROPOSAL TO DECLINE
APPLICATION FOR SOLIRIS (ECULIZUMAB)

1 represent the Mucopolysaccharide & Related Diseases Society
organisation formed by patients, parents, relatives and friends
limiting genetic disorders known collectively as the mucopo

As another rare disease patient group, the Society sup
to gain access to the lifesaving treatment Soliris.

The Society DOES NOT support Pharmac’ s

We are also very concerned by reports from
providing unreliable and misleading inform

Pompe disease). Pharmac must be able a be re

y the inherent nature of rare diseases.
v the high cost and the very small market
gse have the same right to health and medical
ar that a general assessment criteria for funding
disease. Due to its inherent nature rare disease will

1s for large populations. This has already been
¢ World including Australia which funds treatments for rare
f Se vmg Drug; amme. PHARMAC must also find a way to more fairly
for rare diSeases in New Zealand.

intent to decline lifesaving treatment for the PNH group or any other
Tapies exist for rare diseases.

eration in this important matter.

A life is not measured by the number of days, months or years it is fived, but by the effect that life
has on other people who touch it. It is not measured by the length of its days or the height of its
achievements bul by the breadth of its influence



From: Chris Higgins

Sent: Friday, 26 July 2013 2:04 p.m.

To: eculizumabfeedback

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

To Whom it May Concern;

The Muscular Dystrophy Association of NZ (MDA NZ) supports PNH patients in New Zealand in their fight
to gain access to the life saving treatment Soliris(eculizumab) .

MDA NZ DOES NOT support PHARMAC's proposal to decline funding for the Selir
MDA NZ supports the PNH Support Association's proposition for Equity an @hic
oliri

: ir I
4 %% |
a mini % NZ PNH

iii. PHARMAC must establish fair assessment crit on/e @e from the
international haematological community, to ass pity t nee e Soliris treatment

roc acknowledge the right of rare
@ s in the specific example of the

) ditions, all of which are rare conditions that
rsS\WMDA NZ is concemed that PHARMAC's
jon/for the funding of Soliris is indicative of
ingof treatments for rare diseases. MDA NZ urges
as outlined above by the PNH Support Association.

i. PHARMAC must return to the negotiating table with the sup

ii. PHARMAC must negotiate in good faith toward fundin
patients

disease patients to access life restoring a
Soliris treatment

collectively affect approximately 4 )

P

processes and PHARMAC's respo
\lw' 1.

MDA NZ provides support for people u mus
00 u&l ala
e a

PHARMAC's likely future app
PHARMAC to consider a

Yours Sincerely, @

ion of New Zealand Inc.
CKLAND 1642

Hssoeiotion of New Zealond fuc

fe Kopu Male Morokiwa & Acteoron

Bow Tie 2013 let us know how it went!
Online survey: http:/Awww.surveymonkey.com/s/JJ6GKH7




. _ _ ]
From: natalie williams

Sent: Friday, 31 May 2013 9:35 p.m.

To: eculizumabfeedback

Subject: I s o'y [l vears old, his life can be saved.

To Whom it May Concern;

| support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.

I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.
I support the PNH Support Association's proposition for Equity and Fairness which sta @
s

i. PHARMAC must return to the negotiating table with the supplier of the S

ii. PHARMAC must negotiate in good faith toward funding Soliris for a

iii. PHARMAC must establish fair assessment criteria, based on expe/%ce from 4
haematological community, to assess patient need for the Soli \;%n t

S now. @r' ht of rare disease
specific

e of the Soliris treatment

iv. PHARMAC must amend its Operating Policies and Proce
patients to access life restoring and life saving treatmeftsa

What would you do if you had a child with an illness t @smp 2 g that is available right

now?! How would you feel if your child's life could.be s thi g'but you can't afford it and it won't be
funded? How would you feel and what would you d Id you. give lease, please, you have the chance to
do something wonderful here.

Yours faithfully ﬁD@ &@

Natalie Anne Williams,



From: Natasha Fernandes

Sent: Friday, 31 May 2013 9:33 p.m.

To: eculizumabfeedback

Subject: Subject: Submission to PHARMAC's Proposal to decline a funding application for

Soliris (eculizumab)

To Whom it May Concern;
I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.

1 DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.

\E

i. PHARMAC must return to the negotiating table with the supplier of th liris tfeatmen
ii. PHARMAC must negotiate in good faith toward funding ’Q ini NH patients
iii. PHARMAC must establish fair assessment criteria, ba rt @the international
haematological community, to assess patient need fo i eat

iv. PHARMAC must amend its Operating Polic'e»% dur $ ledge the right of rare disease
patients to access life restoring and life savin tments as inf‘the ic example of the Soliris treatment
ese ; ferers are going through. It’s not fair that there is a

s@ 6m the government or pharmaceutical companies

I support the PNH Support Association's proposition for Equity and Fairness whi

Yours faithfully

el %@f



N N D R — ]

From: Natasha Gee

Sent: Monday, 8 July 2013 1:55 p.m.

To: eculizumabfeedback; eculizumabfeedback
Subject: Soliris Treatment

To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.

I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment
I support the PNH Support Association's proposition for Equity and Fairness w @ @

i. PHARMAC must return to the negotiating table with the su pplier of the S nt

ii. PHARMAC must negotiate in good faith toward funding Soliris for a m

iii. PHARMAC must establish fair assessment criteria, based on exp @d ice from the inte
haematological community, to assess patient need for the Soli eatment
()
3

iv. PHARMAC must amend its Operating Policies and Proce ow. ight of rare disease
patients to access life restoring and life saving treatm pecific 9@ fe of the Soliris treatment

E cturna| S@fobinuria yet it is so highly priced
>t .

It is so unjust that there is a drug available to treat Parox
that most patients have no access to this life savin@

Pharmac Board of Directors — what if it was y hild/wife/h @ one that needed this treatment?

Yours faithfully Q

NATASHA GEE Managing Dir @ @
Skin Health Experts (S.H.E)

Office: {09)415 6757 Fax: (09)415 4?7Jv>

DDl

This messa |
which is privi and’confidential within the meaning of applicable law. If you are not the intended recipient, please contact the
ossible.




From:

Sent: Saturday, 1 June 2013 9:25 p.m.
To: eculizumabfeedback
Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

To Whom it May Concern;
I support PNH patients in New Zealand in their fight to gain access to the life savin ent Soli
I DO NOT support PHARMAC's proposal to decline funding for the Soliris trea
I support the PNH Support Association's proposition for Equity and Fairne

1

PHARMAC must return to the negotiating table with the s jer of the
1
0

PHARMAC must negotiate in good faith toward fun for :@ of 8 NZ PNH
patients %

i, &

PHARMAC must establish fair assessment @ ased ertadvice from the

eatment

atient n the Soliris treatment

international haematological community,

v.

PHARMAC must amend its Operating P S a dures to acknowledge the right of rare
disease patients to access life re and life tments as in the specific example of
the Soliris treatment

AI year old boy who is my gogd frie
and as a result is in and o1 %ﬁﬂ’
[ISEd

Y

QA ate need of this treatment! He suffers every week
o fifg for an adult let lane a child! Why let New Zealanders

ol needed?! No one can afford Soliris! In result my friend
of the day, it's not going to cut it. There is no possible way
r. ] urgently ask you to please reconsider the funding proposal




Sent:



Please email BOTH

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris {eculizumab)
Email: eculizumabfeedback@pharmac.govt.nz

AND

Subject: Submission in response to PHARMAC's consultation on Decision Critera.
Email: opp@pharmac.govt.nz

To Whom it May Concern; @
I support PNH patients in New Zealand in their fight to gain access to the life’sdvin atment S Ws
I DO NOT support PHARMAC's proposal to decline funding for the Soliri atment.
I support the PNH Support Association's proposition for Equity a @vic 3
i. PHARMAC must return to the negotiating table with @Er eatment

270\

ii. PHARMAC must negotiate in good faith towar oliris f inimyum of 8 NZ PNH patients

iii. PHARMAC must establish fair assessment ériter ince from the international
haematological community, to assess pati is treatment

iv. PHARMAC must amend its Operating P
disease patients to access life r 59 , ents as in the specific example of the
Soliris treatment

Serve pity or our help, there are however those that are

ou seem to be able to place a monetary value on a

rson x is worth more because they have good teeth while

). 1 do not mean to sound dramatic but the funding of this

impact on’those afflicted with this disease but also those that they live and
] o decide who lives and dies? There may only be eight cases in New



From: Nathan |

Sent: Tuesday, 11 June 2013 5:42 p.m,
To: eculizumabfeedback
Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

To Whom it May Concern;

| support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.

I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.

| support the PNH Support Association's proposition for Equity and Fairness which sta @
i.  PHARMAC must return to the negotiating table with the supplier of t liri atment v

ii. PHARMAC must negotiate in good faith toward funding Soliris for.aminim H patients

iii. PHARMAC must establish fair assessment criteria, based on
haematological community, to assess patient need for the

iv. PHARMAC must amend its Operating Policies an € to € the right of rare disease
patients to access life restoring and life saving treat he spéei le of the Soliris treatment

Yours faithfully ; ;
Nathan G Spurdle @

r




From: Ngaire Stirling

Sent: Thursday, 11 July 2013 3:07 p.m.
To: eculizumabfeedback

Subject: please help

I wonder if these emails go anywhere but | assume a human being reads them. Hopefully someone with children not
so jaded to believe that there isn’t the possibility of funding happening for this life saving drug to keep this lovely
little human alive. | write this for one boy, but | understand there are many that will benefit

Piease heip them.

Warm wishes @ @
Ngaire Stirling &

Editor & Owner of Brisbane Kids

I!EE :!!www‘!l“ss!ane!l!s,com.au

Tl §§
nt _w )

iou can also s;in ui ior reiula.r uidates here @ 3%

Fven when freshlg washed and relieved of al vi nfectio ren tend to be Sticl{l} ~Fran
Lebowitz




From: John Forman

Sent: Monday, 29 July 2013 9:55 a.m.

To: Steffan Crausaz

Cc: Stuart McLauchlan; Sue Anne Yee; eculizumabfeedback

Subject: Your urgent attention required - Your consultation on a proposal to decline a

funding application for eculizumab

Importance: High

The Chief Executive

@@ ©&

Copies to Chair of the Pharmac board and the Eculizumab consultation tea

Dear Steffan,
Your urgent attention required - Your consultation on a p:;; d ; cli ing application

for eculizumab

You will be aware of issues NZORD has commented o

0 % nar % release about errors and
’E gt o M 013. NZORD was planning
-th

e cohsultati ‘ntd ment. However, the errors are
these\matters to your attention by way of this
Pharmac needs to ensure that people y ult with & L
to’ensure this is the case. We suggest you

r@
revised information needs to be mad to S)abm! S
achieve this by withdrawing the co<§4?:ja ocu @ ing it and extending the consultation period.
e t
tte

You could post this letter on yo ai ended consuitation period. We think you should
also draw the revised informa(&‘t@h

misleading information in the consultation document
on commenting on these matters in our submissio
so fundamental that NZORD has decided to form
separate email.

all'of those to whom you sent the 21 May 2013
consultation document.

As you will know, on
Aimport v Air New Z
in New Zealand

ng co s on consultation in New Zealand is Wellington International
seful statements on the standards for adequate consultation

ac needs to correct two fundamental errors in its consultation paper and provide
ion on the funding of eculizumab in other jurisdictions.

The fitst-e stating a likely treatment group of up to 20 patients. This conflicts with advice from your
PTAC\( nittee and their estimate of 3 patients per million, suggesting up to 13 patients in total. Your
document-exaggerates this by about 55%. The estimate of 13 patients is validated by a pro-rata
population-based assessment of number actually treated in Australia, again concluding 13 patients in New
Zealand.

The second error is stating the price of eculizumab at “more than $600,000 per patient per year” when it is
known both to Pharmac and to NZORD that a confidential offer has been made for a discounted price to

1



treat New Zealand patients. Though NZORD does not know the detail of this offer, it is clear that the cost is
exaggerated in your document.

The combination of these two figures produces a cost of “approximately $12,000,000 (20 patients) per
year” if eculizumab was funded. This cost estimate is a misleading statement. The calculation provides a
figure for the treatment of patients that we understand overstates the costs (if you decided to fund
treatment) by more than 100%.

Further we consider the statements from PTAC minutes regarding funding in Canada and Scotland are
referred to in a misleading manner. Pharmac has relied upon the minutes for advice regarding eculizumab
and has drawn the minutes to the attention of submitters via a prominent link on the website page about
the consultation. See http://www.pharmac.health.nz/news/item/proposal-to-decline-a-funding-application-
for-eculizumab (accessed online 22 May 2012 and again 29 July 2013).

The PTAC minutes of August 2012 at para 3.11 discuss the drug’s high cost and poof cost-effectiv :
“The Subcommittee noted that this is the reason why the Canadian Agency for Drugs afid ie
Health (CADTH) and Scottish Medicines Consortium did not recommend it for usewithi ir jyrisdictions.”
Pharmac refers to the PTAC recommendations about cost and cost-effectiveress’ as\pa i

reasoning in the consultation document. However neither PTAC, in those = ’

minutes, nor Pharmac in their consultation document, make note of the t
Canada have seen the drug funded in most parts of that country. There\is als
government taking steps to set up a special fund for orphan drugs
equity issues raised by the recommendations not to fund eculiz
patients there.

NZORD considers these errors and misleading s
informing submitters. The errors seriously prejQdi
with eculizumab and will have mislead potential

ot S%
Pharmac has provided when forming thei s and g ‘adet
submission.
We believe Pharmac has a du @ e @and start the consulitation afresh.

i
%nd to do to in response to this request. We are happy

Please advise us as soon as what
to discuss this with you i WA
Please note this e uses ont atters we consider require urgent attention to ensure

valid. This email does not describe all of NZORD's views on the
r factors are also relevant to your decision (such as the right each
nity values). We intend to make a fuller submission (on a revised

Pharmac's consultati es

consultation d ent.We cons
patient has do
consultati nt) %

Websiie: www.nzora.org.nz



From: Olivia Walley
Sent: Sunday, 2 June 2013 8:59 a.m.
Subject: Submission in response to PHARMAC's consultation on Decision Critera.

To Whom it May Concern;
I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.
I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.
I support the PNH Support Association's proposition for Equity and Fairness which states:

ii.
PHARMAC must negotiate in good faith toward funding Soliri
patients

iil.
PHARMAC must establish fair assessment criteria, bas¢
international haematological community, to assess pati¢ e : ris treatment
iv.
PHARMAC must amend its Operating Policies.3

disease patients to access life restoring and
the Soliris treatment

nowledge the right of rare

4 Rro t

e saving n%,t{s\} in the specific example of
Yours faithfully @ @§
Olivia Walley @ %@
Sent from my iP,\hone



From:

Sent: Tuesday, 30 July 2013 7:25 p.m.

To: eculizumabfeedback

Subject: Submission on consideration of SOLIRIS

Attachments: Pharmacs_intent_to_decline_Soliris_2013 submission.docx

Subject: Submission to oppose PHARAMC’S proposal to decline a funding application for Seliris
(eculizumab)

To the appropriate members of PHARMAC, &
I support the PNH patients in New Zealand in their fight to gain acces@ savin@lent
Soliris. g %

I DO NOT support Pharmac’s proposed intent to decline this tre

This is something I understand. My son, 3 g
death from a rare lysosomal disease. Therapies were not available, ¢ m throughout his life

and nursed him through to the moment of his death. He wgl.i

When Pharainc takes this type of consultation to the u
accurate and reliable information that will help guid s?‘:.

ns
overstated the number of people affected with h in

treatment. Pharac staff reported to the Board

Zealand with Pompe disease. That trea

Soliris, again with dubious data as the §

This is not acceptable and you shot 1 i3 [tafion because of the misleading information in
it, which is likely to skew response i

es fromthg’copnmunity. But i 2011, you
er'\exaggerated the likely real cost of

100 affected patients in New

ks as though you intend to decline

money, but does not add g ghts, equity, faimess and community values; you are failing in your
duty. As the DistrickH ‘ this duty, and Pharmac is acting as their purchasing agency, you

should use the e d 1 priorities that they have.
.

?ﬁ are diseases are disadvantaged because their condition is rare, and
ilaple they are doubly affected by the high cost and the very small market due
of their right to health, and contrary to goals of “Equity of access, reducing
ealth outcomes for individuals and communities will guide our relationship and
decision itch are set out in the agreement between DHBs and Pharmac about how you decide

things on

ption that “best health outcomes™ as mentioned in its legislation, can be strongly

ith calculation of Quality Adjusted Life Years, is too narrow a view of what is “best”,
allywhen Pharmac’s calculations do not take into account non-health-sector costs. The decision
criteria should include a broader range of considerations that are important to patients, so that the decisions
are made in a patient-centred way.

Pharmac also has a responsibility for “health outcomes that are reasonably achievable”. Your narrow
perspective on technical assessment and budget management, to the exclusion of patient rights and interests

1



from decisions, are an outcome that effectively discriminates against patients with rare diseases, and is not a
reasonable outcome by any measure.

I do not support your intent to decline treatment for the PNH group or other patients where there are

therapies for rare diseases.

PLEASE REGISTER MY SUBMISSION AND REMEMBER MY SON FOR WHOM THERE WAS NO
HOPE. THE THERAPY YOU ARE CONSIDERING OFFERS MUCH MORE THAN HOPE, IT OFFERS
THEM A LIFE.



From: patrick lundberg

Sent: Monday, 17 June 2013 11:35 a.m.

To: eculizumabfeedback

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.
I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.

I support the PNH Support Association's proposition for Equity and Fairness which states:

i.  PHARMAC must return to the negotiating table with the supplier o Soliris treatme b

ii. PHARMAC must negotiate in good faith toward funding Soliri a min QN atients
iii. PHARMAC must establish fair assessment criteria, base international

iv. PHARMAC must amend its Operating Policies amj{‘ 2
patients to access life restoring and life saving treat as/i

I find it difficult to believe that I live in a country which efuse o sufferers of any disease, however
rare. Given that a treatment is available for PNH I s he es olitigation to ensure that those citizens who
suffer from it be given access to that treatme What other, uld possibly be reasonable?

il %@§<
X’ S
V%@

s
c Ke>xa ple of the Soliris treatment



From: Paul Marquardt

Sent: Tuesday, 30 July 2013 5:29 p.m.
To: eculizumabfeedback

Subject: Solaris - PNH

I support the PNH patients in New Zealand in their fight to gain access to the lifesaving treatment Soliris.

I' DO NOT support Pharmac’s proposed intent to decline this treatment.

When Pharamc takes this type of consultation to the public I should be

consultation you have overstated the number of people affected
he
eal

exaggerates the likely real cost of treatment. You did this back in 2

the Board that there would be up to 100 affected patients in New.Z
treatment was declined, and it looks as though you intend to
the basis for a decision. This is not acceptable and you s
the misleading information in it, which is likely to skew

rom,t
These patients have a right to life. Our health sysfer has )z %& their needs in a fair and
: cost-effectiveness and alternative
ity, h and community values; you are
i ty, and Pharmac is acting as their
priorities that they have,

use of the money, but does not address issue
failing in your duty. The District Hea

become available they a g dou ed gh cost and the very small market due to small
numbers. It is a denial of-tfeit right to“health, and contrary to goals of “Equity of access, reducing
inequalities and impreying '

@ac’s assumption that “best health outcomes” as mentioned in its legislation, can be strongly

associated with calculation of Quality Adjusted Life Years, is too narrow a view of what is “best”,
especially when Pharmac’s calculations do not take into account non-health-sector costs. The decision
criteria should include a broader range of considerations that are important to patients, so that the
decisions are made in a patient-centred way.



Pharmac also has a responsibility for “health outcomes that are reasonably achievable”. Your narrow
perspective on technical assessment and budget management, to the exclusion of patient rights and
interests from decisions, are an outcome that effectively discriminates against patients with rare
diseases, and is not a reasonable outcome by any measure.

Pharmac often emphasises the “tough decision” approach that some will be funded and others not.
That is too simplistic and can also be unfair, as it is in this case. There are very good reasons to adopt
an equitable approach that spreads medicine funding across as many areas of health need as possible,
so that no group is completely abandoned. That is the approach across a wide range of services in our
health system and Pharmac should adopt a similar approach, rather than exclude and abandon certain

groups.

1 do not support vour intent to decline treatinent for the PNH group or other patiené where there g&

therapies for rare diseases. i
Paul and Fiona Marquardt 13 t 2 :

Sent from my iPad @@ @




N N I I ]

From: Paul Jorgensen

Sent: Monday, 24 June 2013 10:56 a.m.

To: eculizumabfeedback

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

To Whom it May Concern;
I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.

| DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment. i

I support the PNH Support Association's proposition for Equity and Fairness which states:

i.  PHARMAC must return to the negotiating table with the supplier e s treatm V

ami un@N patients
iii. PHARMAC must establish fair assessment criteria, base dvi international
n

ii. PHARMAC must negotiate in good faith toward funding Soliri

haematological community, to assess patient need for the iSAr ﬁe

n
iv. PHARMAC must amend its Operating Policies an to % e the right of rare disease
patients to access life restoring and life saving trea in the spec xample of the Soliris treatment
Yours faithfully, ; ;
Paul Jorgensen



From: Pauline Wisker

Sent: Monday, 3 June 2013 5:55 a.m.
To: eculizumabfeedback

Subject: Fw: Please

To whom it may concern.

I support PNH in New Zealand in their fight to gain access to the life saving freatment 8bliris.

I DO NOT support Pharmac's proposal to decline funding for the Soliris freatment. @
I support the PNH Support Association's proposition for Equity and Fairness wWhich.states:--

1. PHARMAC must return to the negotiating table with the supplier o Soliris¥reatment.

2. PHARMAC must negotiate in good faith towards funding Solii u patients.

TOdvi % international

3. PHARMAC must establish fair assessment criteria, based
haematological community, to assess patient need for

4. PHARMAC must amend its Operating Policies ardl\P
patients to access life restoring and life saving tre

Please have compassion. Would you re

affected? ‘
signed: Pauline Wisker.
signed: Derek Wisker. %



From:

Sent: Wednesday, 31 July 2013 7:59 a.m.
To: eculizumabfeedback

Subject: Submission

Attachments:

pharmac submission.doc

Attached is my submission for Eculizumab to be on the approved medication list



Submission to Pharmac to fund the treatment of Eculizumab
for PNH Sufferers.

This submission opposes the current PHARMAC proposal to decline funding
for the treatment of eculizumab (Solaris) for PHN Sufferers

| am writing this submission in support of who is a PNH (Paroxysmal
Nocturnal Hemoglobinuria) sufferer. | have waiche through both good times
and bad, and realise that without the right medication her life is in the

frustrating to know that the appropriate medication is available in 40 o

is an effervescent young woman who could potentially
prime of her life. She lives each day to the fullest, but is alwa
plans might not be realised.

She has studied hard, qualified

€ is extremely frustrated that she
the anxiety she involuntarily puts

cannot access
upon her family

{ country has turned its back on her. Continue to
ate-and eventually.”..... die. A situation impossible to reconcile.

at she calls home, the country she loves. It makes no
beMorced to leave your family and friends and re-establish a

he “brain drain”. ='s loss to NZ would certainly contribute to
th his makes no sense at all when it is completely avoidable.

s’ clear that PHARMACSs focus is on their bottom line. Unfortunately this is not
fvering the outcomes they have been assigned. It's a sad situation when people’s
es and health are measured in terms of dollars and cents. New Zealand CAN
AFFORD to provide their citizens good health.




I implore PHARMAC to reconsider its decision not to fund eculizumab and make it
available so that PNH sufferers can live a normal life with a normal life expectancy.
The drug’s efficacy is proven — there is no doubt about that. If funding medication for
this rare disease does not fit within the current PHARMAC decision-making model,
then either a modified or separate model is urgently required.

With resiect and looking forward to a positive turnaround



From: Phil Harrington

Sent: Wednesday, 12 June 2013 1:44 p.m,

To: eculizumabfeedback

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

To Whom it May Concern;
I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.

I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.

I support the PNH Support Association's proposition for Equity and Fairness whi

ii. PHARMAC must establish fair assessment criteria, bas

haematological community, to assess patient need fo@
i 0
3

he international
t t

i.  PHARMAC must return to the negotiating table with the suppliet of th liris t ent
ii. PHARMAC must negotiate in good faith toward funding Soli Q inimum NH patients
ert advi @
i ea

iv. PHARMAC must amend its Operating Polic
patients to access life restoring and life savin

cédure nowledge the right of rare disease

as i§§e ifi€ example of the Soliris treatment

howevergiven the small numbers of affected persons suffering
i @ e public healthcare system through their own




From: philip wisker

Sent: Sunday, 2 June 2013 2:01 p.m.

To: eculizumabfeedback; OPP Review

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

To Whom it May Concern;

| support PNH patients in New Zealand in their fight to gain access to the life saving trea liris.
| DO NOT support PHARMAC's proposal to decline funding for the Soliris treatmen @
I support the PNH Support Association's proposition for Equity and Fairness which.states:

i.  PHARMAC must return to the negotiating table with the supplier, e Soliris tr

ii. PHARMAC must negotiate in good faith toward funding Solii %u H patients

patients to access life restoring and life savin e ific example of the Soliris treatment

iii. PHARMAC must establish fair assessment criteria, bas advi nternational
haematological community, to assess patient need f i t
iv. PHARMAC must amend its Operating Policies an %}I ge the right of rare disease
Please fund the drug, people could die?? youk

Yours faithfully @C@
Philip Wisker % %




From: Phillip Carlisle

Sent: Tuesday, 30 July 2013 7:21 p.m.

To: eculizumabfeedback

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliri

I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatme

I support the PNH Support Association’s proposition for Equity and Fairness wh

L.

O

iristreatment b

PHARMAC must negotiate in good faith toward funding Soliris fmu f8 N patiénts
PHARMAC must establish fair assessment criteria, based on O vice fro international
haematological community, to assess patient need for the i

{?r e%
PHARMAC must amend its Operating Policies and Pr@ e % € right of rare disease

PHARMAC must return to the negotiating table with the supplier of th

patients to access life restoring and life saving treat xample of the Soliris treatment

Yours faithfully

Your decision will affect the lives of some r@d ds o

Phillip Carlisle & Maree F§rs% @



From: T e lisks BT

Sent: Friday, 26 July 2013 10:32 a.m.
To: eculizumabfeedback
Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

{eculizumab)

To Whom it May Concern;

I'support PNH patients in New Zealand in their fight to gain access to the life-saving treatment Soliris.

I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatmen
I support the PNH Support Association's proposition for Equity and Fairness whic
i. PHARMAC must return to the negotiating table with the supplier of the Solj

ii. PHARMAC must negotiate in good faith toward funding Soliris for a mi Z PNH pati¢nts

int tion

f rare disease
liris treatment

Yours faithfully, @ %
Pip Sheehan @ @



From: Chhean Khoun

Sent: Monday, 29 July 2013 3:06 p.m.

To: eculizumabfeedback; OPP Review

Subject: PNHSAA_Submission to PHARMAC's Proposal to decline a funding application for
Soliris {eculizumab)

Attachments: 20130729_PNHSAA_Letter to PHARMAC_[Final).docx; 20130729_PNHSAA_Letter

to PHARMAC_F[inal].pdf

To whom it may concern,

On behalf of the PNH Support Association of Australia (PNHSAA), please find attached o (PDF an d
formats) of support for the PNH Support Association of New Zealand (PNHSANZ), in thei ave Saliris funded
in New Zealand.

We thank you for your time and we look forward to your reply shortly. &

Your faithfully, (: : > %é
Chhean Khoun @
¢/o PNHSAA @ &



°
olg*

o@P PNH Support
'pnhsaa ’ Hssocigt?on RAustralia Inc

Monday 29" July 2013
PHARMAC

PO Box 10-254
Wellington 6143

NEW ZEALAND

Email: eculizumabfeedback@pharmac.govt.nz
Email: opp@pharmac.govt.nz

To whom it may concern,
RE: Submission to PHARMAC's Proposal to decline a funding applicati s (eculi

We are writing in support of the patients and the PNH Support Associati f in New Zealand (P i: ANZ),
in their fight to gain access to the life saving treatment Soliris.

PNHSAA was established in 2009 to provide support and edu T PNH p K ir families and
friends in Australia. We work closely with the PNSANZ give [y H @ much support our

patients needs. /\
As you are ware, PNH is a rare, debilitating, potenti i@ tenin Mbo}&s rder defined by chronic
red blood cell destruction. The destruction leads s anemia ﬁh{& atening blood clots. Left

untreated, PNH patients may face many life th i0 as major blood clots, organ
damage, acute renal failure, reduced quality.of li ossibl

We also would like to highlight that the only e tred r(* *PNH is a drug called Soliris®.
Worldwide Clinical evidence publis @ pected Medica als have proven that Soliris® reduces

chronic haemolysis (destruction carryi ed bldod tells) in almost 100% of PNH patients — an
astounding efficacy rate never e

undergo this treatment resp @I

to a normal person. Otheﬂ%

or a t for any disease EVER. Patients who
on some medications.

n
itr@ aality of life and with an increased life expectancy
g berfefi

dés little or no blood transfusion and less dependent
In 9 December 2040, unc ade by the Australian Government for Soliris® to be
j ving Dru X am from 1 January 2011. Alexion Pharmaceutical gained
0 \n’d

regulatory app the US Fo Drug Administration (FDA) to market Soliris® in 2007. PNH
patients oliris jn,over 30 countries worldwide, including many in Europe, the UK,
Japan and even BrazilSince 2007. We would like to see this happening in New Zealand as
soo@ tobei itH the rest of the world.
@ iris Wi “Australia, we believe that a dramatic increase in life expectancy, improved

a i ife, I found hope and possibilities amongst our patients and their loved ones. Soliris
h f our patients and we would like to see this happen to our fellow patients in NZ.

or others anxiety, fear of the unknown future and life threatening risk such as clots. These
issues and fear our follow patients are facing and living with everyday and we fully understand
erns on the possibilities of living without Soliris.

A

tients and committee members for the PNHSAA, we strongly agree with the above. Our lives before
Soliris were put on hold. We experienced many complications which included severe stomach pains,
declining liver and heat functions, fatigue, self conscious issues on how we looked and felt all the time,
anxiety, fear of the future and unknown of PNH and very angry on why we were not able to do much
more. As young professionals, our career and work hours and abilities were limited to our energy levels
and were not able to take on leading roles or the opportunities available to us. This not only created self
di-motivation at a professional level, it also affected our personal lives as well.



In sharing these views, we would like to highlight the real cost of PHARMAC's proposed decision to not
fund Saliris:

A Unnecessary loss of life (median survival without treatment = 10 years)
4 Unnecessary suffering (blood clots, fatigue, pain, inability to work)

4 Permanent expatriation to one of the 40 other countries where Soliris can be accessed, including
Australia

4 A clear message of DISINTEREST from the NZ government to the international scientific and
business communities working in the field of rare disease

4 A clear message of DISINTEREST from the NZ government to patients, families and supporters
of the New Zealand rare disease community (8% of people suffer from a rare disease at some
stage in their life)

These are some of the desperate faces that are affected by PHARMAC's decision. We note that some
are mother, father, brother or sister, niece and nephews to their loved ones who are at risk from the many
complications from PNH, which includes death. We cannot let this happen to their loved ones and the
people and future of New Zealand.

T,

A\

The PNHSAA and the people of Australia DO NOT
funding for the Soliris treatment.

We support the PNH Support Association's pr r Eq?
4  PHARMAC must return to the ne le with li

b@'al to decline

irness which states:

ier of the Soliris treatment

4 PHARMAC must negotiate in \SO|II'IS for a minimum of 8 NZ PNH

patients

4  PHARMAC must est al se
international hae ss patient need for the Soliris treatment
4  PHARMAC must |ts O PoI|C|es and Procedures to acknowledge the right of
rare disease ng and life saving treatments as in the specific example
of the Solifis t
be ccessed public health-systems in Australia, Europe, England, Canada,
‘%Wlan countries. PHARMAC is unique in it's aggressive determination
e

parts of t Mldd
to not i effective, highly specialised treatments to New Zealand patients.
re su@; ng for their right to life to be respected. Provide these patients with access to
I hem to live.
ank % ime and understanding and look forward to your reply shortly.

Your:

ia, based on expert advice from the

The Soliris tre

Australia

PNH Support Association of Australia Inc.
ABN 35007 279 144
0432 321 207 info@pnhsaa.org.au PO BOX 472, South Yarra VIC 3141 www.pnhsaa.org.au



From: Poppy Miller

Sent: Wednesday, 5 June 2013 2:07 p.m.
To: eculizumabfeedback; OPP Review
Subject: Soliris Funding

To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.

1 DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment. @
I support the PNH Support Association's proposition for Equity and Fairness which@ @
Soligis t b

i. PHARMAC must return to the negotiating table with the supplier reatment

ii. PHARMAC must negotiate in good faith toward funding Solini u NH patients
iii. PHARMAC must establish fair assessment criteria, bas c& g rt advi international
haematological community, to assess patient need for the wtme

iv. PHARMAC must amend its Operating Policies ahd'P dures to@l ge the right of rare disease
eatments'as cific

: tsas’in th % ample of the Soliris treatment
Yours faithfully, @ @
Poppy Miller @ @



From: Rachel Dell

Sent: Wednesday, 31 July 2013 6:43 p.m.
To: eculizumabfeedback
Subject: Submission opposing PHARMAC's Proposal to decline a funding application for

Soliris (eculizumab)

To Whom it May Concern;
I SUPPORT PNH patients in New Zealand in their fight to gain access to the lifesaving treatment Soliri
| OPPOSE PHARMAC's proposal to decline funding for the Soliris treatment. @
I support the PNH Support Association's proposition for Equity and Fairness which states:
i.  PHARMAC must return to the negotiating table with the supplier of the Soliris tr ent

ii. PHARMAC must negotiate in good faith toward funding Soliris for a af 8 NZ PN

ili. PHARMAC must establish fair assessment criteria, based on expgr cefrom thelin ational haematological

community, to assess patient need for the Soliris treatment
iv. PHARMAC must amend its Operating Policies and Proc Q nowledge right of rare disease patients to
access life restoring and lifesaving treatments as in t i mple oliris treatment

My cousin, | from whom you will receive a

return home to NZ to live, as she wishes, if Soliris is una

ives gverseas and is unlikely to ever be able to
as a lot to offer NZ society and economy,
and to her New Zealand family who all miss her deg f

o fund the treatment that can save and

life saving treatment available to them h

their homeland. %
Yours faithfully g %



From: Rachel McShane

Sent: Wednesday, 26 June 2013 11:00 a.m.
To: eculizumabfeedback

Subject: Fair medical funding

To Whom it May Concern;

| support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.

I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.

i support the PNH Support Association's proposition for Equity and Fairness which sta

iv. PHARMAC must amend its Operating Policies and Proce
patients to access life restoring and life saving treatm
All New Zealanders should have access to the medicines av

Yours faithfully §
Rachel McShane @@ @;3



From: rachel chenisse 2

Sent: Monday, 3 June 2013 3:46 p.m.
To: OPP Review; eculizumabfeedback
Subject: Soliris in NZ

To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.
I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.
I support the PNH Support Association's proposition for Equity and Fairness which &

i

PHARMAC must return to the negotiating table with the supplier
il.

PHARMAC must negotiate in good faith toward funding Soliris for
patients

iii.

PHARMAC must establish fair assessment criteria, b pert.a

international haematological community, to assess c ed

PHARMAC must amend its Operating Poli¢iesa P ocedl@fa nowledge the right of rare
disease patients to access life restoring and.lifé-saying t s as in the specific example of
the Soliris treatment

Yours faithfully

Rachel Zacharias @\\5



From: Ralph Sutherland _

Sent: Thursday, 20 June 2013 6:34 a.m.
To: eculizumabfeedback
Subject: Subject: Submission to PHARMAC's Proposal to decline a funding application for

Soliris {eculizumab)

To Whom it May Concern;

| support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.

| DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.
I support the PNH Support Association's proposition for Equity and Fairness which sta @
i.  PHARMAC must return to the negotiating table with the supplier of th liri atment

tment, even though it is expensive, it
require it to survivel

Lirechurch

590 Feathaerston St
PD Box 1031
Palimerston North 4440




From: TP s = 8

Sent: Wednesday, 24 July 2013 11:41 a.m.

To: eculizumabfeedback

Cc: Lesley Murphy

Subject: Rare Voices Australia Ltd Letter to PHARMAC - decline funding application for
Soliris {eculizumab)

Attachments: RVA letter to PHARMAC pdf

Importance: High

Dear Sue Anne Yee,

&

Please find attached a letter from the Rare Voices Australia Ltd. with regard to PHA C’s prgposal to decline a
funding application for Soliris®.

A paper version will be posted to you for your file.

| am coming to Wellington NZ to attend a meeting being condu hefiew \ ! nisation for Rare

Disorders.
1 welcome an opportunity to discuss this further either face4g week or over the phone.

RE: Submission to PHARMAC's proposal to decline a funding application for Solirj

Kindest Regards,

Megan Fookes
E

Rare Yoices Australia Ltd.
Suite 2 /3 The Postern
Castlecrag NSW 2068

are voices

A U 5 T R A L | A

t \gd inthis ernail and any files transmitted with it

i N y. It may contain privileged and confidential informatian.
Hyou are notMin intended RN ¥OU must nod copy, distribute, take any action in reliance onit,
of distiose any ge df Mie eri! to any person, firm or corporation.f you have received this

qtify, us immediately.



rare voices

A U 5 T R A L ) A

Sue Anne Yee

Therapeutic Group Manager
PHARMAC

Post: PO Box 10 254, Wellington 6143

RE: Submission to PHARAMC’S proposal to decline a funding application for Soliris
(eculizumab)

Rare Voices Australia is writing to express our grave concern at PHARMA )
decline a funding application for Soliris® (eculizumab) for the treatment of those lj
Paroxysmal nocturnal hemoglobinuria (PNH). Rare Voices Australia L.

In Australia the independent advisory body; Pharmaceutica fits Adviso
(PBAC) concluded that eculizumab is an effective treatm livirg-w
is a very rare and life-threatening blood disorder that caises

Its effects can include blood clots, kidney failure a f
reduces the breakdown of red blood cells, the un
therefore improves symptoms and reduces the
associated with PNH. Further information ple
Australian Government dated 29 Septem
http://www.health.gov.au/internet/mini
2577AD0000671A/SFile/nr153.pdf

The lives of all of the people cu
transformed. They remain in
has now set up and operat:

a treatment that offers

of managing their disease.

lenge of getting researchers and companies interested in
new therapies.

There is absolutel thical fairy o ever in discriminating against someone with a
rare disease and y ge re expensive treatments to groups of people with

more comm iseasés. How is this acceptable and not questioned by the members of your
Committee?

One pfth be Mng this treatment is that it encourages the pharmaceutical

i e up

: ) d des

ple who have a rare disease such as PNH had absolutely no ‘say in it'. They were simply
born with their rare condition. Much of the New Zealand health budget is spent on
preventable diseases and yet people born with congenital, genetic conditions and other rare
diseases are largely ignored. This inequity needs to be addressed immediately.

i -

The unified vaice for all Australians living with a rare disease




» 2
2

rare voices

A U 5 T R A L | A

The importance of flexibility in assessing medicines, taking into account the small cohort of
patient numbers, the variability of disease progression and the factors mentioned above
need addressing as matter of urgency.

Presently we are entering an era of personalised, genetic therapies and PHARMAC and
Government need to recognise this and quickly develop more flexible and empathetic
processes of assessment to provide a more fair and equitable program to those who need it.
Rare Voices Australia urges you to adopt Soliris® onto the Pharmaceutical Schedule, thus
allowing people who live with PNH disease the chance to live a fulfilling life,

| welcome a meeting to talk this further with you. @
| urge you to reconsider your proposal to decline a funding applicati @I in té
prevent the effective treatment for those with PNH in your count

1 will be in Wellington NZ on 31st July untii 2nd August and would be e tha ppy o
discuss this further with you in person or over the phone.

Kindest Regards, @
., @@@@

Megan Fookes
Executive Director )
Rare Voices Australia Ltd @

Rare Vocez Australia Lig

I'he unitied voice tor a




From:

Sent: Thursday, 30 May 2013 4:15 p.m.
To: eculizumabfeedback
Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.

I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.
I support the PNH Support Association's proposition for Equity and Fairness which sta
i. PHARMAC must return to the negotiating table with the supplier of th iris tment v
ini f8 N patie

nts

iii. é fron rnational

iv. PHARMAC must amend its Operating Policies and Pr. ack e & right of rare disease
patients to access life restoring and life saving treatd c xathple of the Soliris treatment

| find it absolutely appalling that here in New Zeal 20 i watch people die when there is
life saving medication for them. | have a son w \ each day | watch him fight his

battle to get up every morning and lead a li

no fault of there own are fighting to ive, t
are not worth saving. @

e for granted. These people, through

Yours sincerely



From: Rebecca Marshall

Sent: Tuesday, 4 June 2013 10:29 a.m.

To: eculizumabfeedback

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizUmab)

To Whom it May Concern,

I support PNH patients in New Zealand in their fight to gain access to the life saving treatrv@s.

I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatm

I support the PNH Support Association's proposition for Equity and Fai@m ta
i. PHARMAC must return to the negotiating tabl @ uppli@ris treatment

ii. PHARMAC must negotiate in good faith to g Soliris 6@ inimum of 8 NZ PNH patients

iii. PHARMAC must establish fair assessment crit advice from the international
haematological community, to assess patien is.treatment

iv. PHARMAC must amend its Opérating ici dures to acknowledge the right of rare
estori ’ tments as in the specific example of the Soliris
treatment

Please take notice of our pe t% ve @%ﬂce to keep living!

A
o @& \%



From: Scott & Bex

Sent: Friday, 31 May 2013 11:54 p.m.

To: eculizumabfeedback

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.

I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.
I support the PNH Support Association's proposition for Equity and Fairness which statess
i.  PHARMAC must return to the negotiating table with the supplier & ris treatme

ii. PHARMAC must negotiate in good faith toward funding Soliris-fot a mi

um

international

iii. PHARMAC must establish fair assessment criteria, based o pért.adv

haematological community, to assess patient need for the $oliri$ treatment

iv. PHARMAC must amend its Operating Policies and cedures to % the right of rare disease
the spetific.exariple of the Soliris treatment

patients to access life restoring and life saving trea% 5.8
Yours faithfully @ @
Rebecca Stapleford. 2@ @



From:
Sent:
To:
Subject:

Robyn Spedding

Tuesday, 30 July 2013 7:09 p.m.
eculizumabfeedback

Declining treatment

To provide feedback, please submit it in writing by Wednesday, 31 July 2013 to:

Sue Anne Yee
Therapeutic Group Manager

PHARMAC
Email. eculizumabfeedback@pharmac.govt.nz &
Fax. 04460 4995
Post: PO Box 10 254, Wellington 6143 Q E S
Subject: Submission to PHARAMC'S proposal to decline a funding application'fof. Soliris (e

To whom it may concern:

I support the PNH patients in New Zealand in their fight to gain acces tmént Soliris.

I DO NOT support Pharmac’s proposed intent to decline this trea &
When Pharamc takes this type of consultation te't bli le to rely on
Pharmac to provide accurate and reliable informationtt de responses from
the community. In this consultation you havé ta er of people affected
with PNH which in turn over exaggerat g reatment. You did this back

©

would be up to 100 affected
ent was declined, and it looks as
data as the basis for a decision. This

?es from the public.

ystem has a duty to address their needs in a
places so much emphasis on costs, cost-
effectiveness a he'money, but does not address issues of rights,
equity, fair s; you are failing in your duty. The District Health
Boards i c is acting as their purchasing agency. You should use the

Ws are disadvantaged because their condition is rare, and when
ailable they are doubly affected by the high cost and the very small
, reducing inequalities and improving health outcomes for individuals and
will guide our relationship and decision making", which are set out in the

o .
%%n between DHBs and Pharmac about how you decide things on their behalf.

ion Criteria: The decision criteria used to assess medicines are not fair for those who
re affected by rare diseases. There should be an additional layer of decision-making for
rare diseases that do not fit the standard cost effectiveness threshold for large populations.
These additional layers already exist in Australia, England, Scotland and other places around
the world, because they have recognised that it’s a fair way to deal with the disadvantage
of rare diseases.
Pharmac’s assumption that "best health outcomes" as mentioned in its legislation, can be
strongly associated with calculation of Quality Adjusted Life Years, is too narrow a view of
what is "best", especially when Pharmac’s calculations do not take into account non-health-
1



sector costs. The decision criteria should include a broader range of considerations that are
important to patients, so that the decisions are made in a patient-centred way.

Pharmac also has a responsibility for "health outcomes that are reasonably achievable".
Your narrow perspective on technical assessment and budget management, to the
exclusion of patient rights and interests from decisions, are an outcome that effectively
discriminates against patients with rare diseases, and is not a reasonable outcome by any
measure.

Pharmac often emphasises the "tough decision" approach that some will be funded and
others not. That is too simplistic and can also be unfair, as it is in this case. There are very
good reasons to adopt an equitable approach that spreads medicine funding across as many
areas of health need as possible, so that no group is completely abandoned. That is the
approach across a wide range of services in our health system and Pharmac should adopt a

similar approach, rather than exclude and abandon certain groups.
I do not support your intent to decline treatment for the PNH group or other pati re th re
therapies for rare diseases. 25 @

S
S




From:

Sent: Sunday, 2 June 2013 9:41 p.m.
To: eculizumabfeedback
Subject: Submission to PHARMAC's Proposal to decline a funding

To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.

1 DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment. @
| support the PNH Support Association's proposition for Equity and Fairness which s@
is t

i.  PHARMAC must return to the negotiating table with the supplier of t atment

ii.  PHARMAC must negotiate in good faith toward funding Soliris fo aimum of atients

1. PHARMAC must establish fair assessment criteria, based o
haematological community, to assess patient need for the

1v.  PHARMAC must amend its Operating Policies and Pro 5
patients to access life restoring and life saving tr as

I am acting on behalf of a dear friend whose br uffering from PNH. They are amazing people and

deserve every good thing that life can o Itisa
enhance, enrich and lengthen his life a
le 1i

national

dge.the right of rare disease
ificexample of the Soliris treatment

d my very dear friend, his sister gll. can live

Please reconsider this decision
their lives with one less stress

Yours faithfully Q




From:

Sent: Wednesday, 31 July 2013 8:57 a.m.
To: eculizumabfeedback
Subject: Solaris Funding

To Whom it May Concern;

I am writing as the parent of a child with a severe medical condition, but not one that requires Solaris. My son has
severe _ and is treated with . This is not funded in many countries, and h e
not had it available at home he would not be the normallf year old he is now. He runs, jump$;plays sports,
generally is treated and is as fit and healthy as other children. If we had not had it availa
much of his . Heis very bright and we a
the positive outcome he has on the world.

ad if someone dies
3met a man in the
swhat it is to be

When | look at the people that are denied medicine for financial reasons it horrifie . 1fee
because of a disease with no medicines, but baffled that people are denie hen it éxists
desert who could survive if only you shared a little water, you would s tyo
human.

Look at the profits, then tell us actually what the drug is worth: e alread %resea rch, take that out of
the budget. Would you pay this much to save your own chi i it real dénying these people access to
3 medicine that can help a disease that they have acqui irown? Access to solaris is a drop
in the financial ocean for your company but will positi th eople, but their families, friends
and communities.

1 hope your conscience outweighs the bott @
Best Wishes, @

Awesomeness International




— D I
From: Ross Merriman
Sent: Thursday, 18 July 2013 9:39 p.m.
To: eculizumabfeedback
Subject: Life Saving Medication

| believe this medication should be funded or these lovely people may not survive!!l Please help them.

Sent from my iPad



From: Emilia Roxana Lupu [

Sent: Thursday, 6 June 2013 8:58 a.m.
To: eculizumabfeedback; OPP Review
Subject: Submission in response to PHARMAC's consultation on Decision Critera

To Whom it May Concern;
I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.
I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.

| support the PNH Support Association's proposition for Equity and Fairness which

i.  PHARMAC must return to the negotiating table with the supplier Solirks treatme
ii. PHARMAC must negotiate in good faith toward funding Solini
ii. PHARMAC must establish fair assessment criteria, bas e rt advi
haematological community, to assess patient need for the

iv. PHARMAC must amend its Operating Policies @ures t
patients to access life restoring and life saving tre in thé specific

PNH patients

international

wledge the right of rare disease
ample of the Soliris treatment

on doll but we cannot subsidy sick people

Yours faithfully,

Roxana Lupu



From: Everlasting

Sent: Tuesday, 16 July 2013 4:38 p.m.

To: eculizumabfeedback

Subject: Make Soliris Available to PNH patients in New Zealand

Re: Submission opposing PHARMAC's Proposal to decline a funding applicati 0 liris (e
To Whom it May Concern;
| SUPPORT PNH patients in New Zealand in their fight to gain acc @wvi ng trea t Soliris.

i
I OPPOSE PHARMAC's proposal to decline funding for the t.

I support the PNH Support Association's proposition for ty and Fairness

i. PHARMAC must return to the negoti @ j with thes : the Soliris treatment
d

iii. PHARMAC must establish
community, to assess patie i

iv. PHARMAC must amen %’ ratingPoli
access life rest@di saving trea

@

ed-on expert advice from the international haematological
atment

nd Procedures to acknowledge the right of rare disease patients to
s in the specific example of the Soliris treatment




From: Ryan Carticoe [

Sent: Wednesday, 17 July 2013 12:36 p.m.
To: eculizumabfeedback; OPP Review
Subject: Submission opposing PHARMAC's Proposal to decline a funding application for

Soliris {eculizumab)

To Whom it May Concern;

I SUPPORT PNH patients in New Zealand in their fight to gain access to the lifesaving treatment Soliris.

1 OPPOSE PHARMAC's proposal to decline funding for the Soliris treatment.

I support the PNH Support Association's proposition for Equity and Fairness which states:

PHARMAC must return to the negotiating table with the supplier of the Soliris treatment

PHARMAC must negotiate in good faith toward funding Soliris for a minimum of 8 NZ patienis v
PHARMAC must establish fair assessment criteria, based on expert advice from the intern
to assess patient need for the Soliris treatment O

iv. PHARMAC must amend its Operating Policies and Procedures t¢/a;
access life restoring and lifesaving treatments as in the specificexample0fthe

(please include your personal statements here)

Yours faithfully

= o @@@



From: Salomina Tijkken—

Sent: Friday, 21 June 2013 9:10 a.m.
To: eculizumabfeedback
Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

To Whom it May Concern;
I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.
| DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment. @
| support the PNH Support Association's proposition for Equity and Fairness which/sta
i.  PHARMAC must return to the negotiating table with the supplier Soliris’tre

ii.  PHARMAC must negotiate in good faith toward funding Solirj

haematological community, to assess patient need for’t

i
v. PHARMAC must amend its Operating Policies apd-P.
patients to access life restoring and life savin € i

Yours faithfully @ : ;
Salomina Tijkken-Batlajeri g%@

ili.  PHARMAC must establish fair assessment criteria, ba<

edge the right of rare disease
example of the Soliris treatment



From: sam hall

Sent: Friday, 31 May 2013 8:44 p.m.
To: eculizumabfeedback

Subject: Solaris

Its unacceptable to let people die, especially when there is life saving treatment available. Shame on

Pharmacy and shame on New Zealand.

S



From:

Sent: Tuesday, 9 july 2013 4:26 p.m.
To: eculizumabfeedback
Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

{eculizumab)

To Whom it May Concern;
1 support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.

1 DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment. &
I support the PNH Support Association's proposition for Equity and Fairness which st - @
i.  PHARMAC must return to the negotiating table with the supplier of i atm
ii. PHARMAC must negotiate in good faith toward funding Soliris for imurh of BNZ P atients
ili. PHARMAC must establish fair assessment criteria, based ov 2 rnational
haematological community, to assess patient need for the Soli e
iv. PHARMAC must amend its Operating Policies and P e right of rare disease
patients to access life restoring and life saving treatm ample of the Soliris treatment

I am writing this because | am a close family friend of atient , 1 can't express how shocked |
was to read that their is a treatment out there tha¥¢an rye: QBMO choose between treatment or

never returning to live in her home country.
g up with , they are a close
Id. | know that mother has looked

! have been a friend of- and her fa
family even though they are currently

forward to the day that- an
one that doesn't have to come a
g.to (]

also looking forward to returf




From: Sapphire Jean Ruth Lukupa [

Sent: Monday, 3 June 2013 5:25 p.m.
To: eculizumabfeedback

Subject: Soliris- Please help

Please,

Please return to the negotiating table with the supplier of the Soliris treatment, anything you do to try and change
the lives of the(my) loved ones that suffer from the effects of not being able to afford the treatment would be
amazing!!! Or if you could source funding from other companies? Anything you can do withjn'your power w

make a real difference- every life is worth saving.
Kind Regards, @
Jean §

P.S - Stranger, | would do it for you...



From: OPP Review

Sent: Wednesday, 5 June 2013 10:50 a.m.

To: eculizumabfeedback

Subject: FW: Submission in response to PHARMAC's consultation on Decision Criteria.
[SEEMail]

From: Sapphire Lukupa

Sent: Monday, 3 June 2013 5:29 p.m.
To: OPP Review
Subject: Submission in response to PHARMAC's consultation on Decision Criteria.

To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access
1 DO NOT support PHARMAC's proposal to decline funding fo ea
I support the PNH Support Association's proposition for Equi alrn tates

i. PHARMAC must return to the negotiating ta

oI|r|s treatment

ii. PHARMAC must negotiate in good faith to |n|mum of 8 NZ PNH patients

ert advice from the international



To: OPP Review[opp@Pharmac.govt.nz)

From: sarah jones
Sent: Mon 29/07/2013 7:10:10 a.m
Importance: Normal

Subject: Submission to PHARMAC'S proposal to decline a funding application for Soliris (eculizumab)
MAIL_RECEIVED: Mon 29/07/2013 7:10:14 a.m

To whom it may concern:
I support the PNH patients in New Zealand in their fight to gain access to the 1...lifesaving
treatment Soliris.

I DO NOT support Pharmac’s proposed intent to decline this treatment. I als would'be
a backward step for New Zealand as a whole.
a i o

New Zealand is a civilized democracy. We are part of the United Nati ride ourse
out human rights record. We hold our own on the world stage in eve of‘excellence i
of being a small population. We have earned respect! Our publi lth system a
medicines purchasing agency (Pharmac), are held up as mode i

is/in its Kes’our refusal to treat
hat New Zealand citizens

New Zealand, but to the international market. Howeve
strapped nations appear to be meeting the challe
even more difficult to justify.
If we take the upholding of human rights seriov
have a right to life. Hence, we have a mors 6, that everyone has access to life
sustaining treatment when such treati o clinical population should ever
be completely abandoned in our sb¢ciety.) The notio patients with rare diseases can be
i us and inhumane. I recognize that it

must be difficult at times to-baldnCethe b ) ould be morally wrong to achieve this by
denying treatment to this'smally3elé patients.

Patients with rare diseases- e d taged because of deteriorating health and all that
this entails; they sho I ¢ added pressures of having to fight for the health

benefits that m ther d
AsIseeit, a re’gompassionatesapproach would be for Pharmac to negotiate lower prices

with drugreompaniés; which incidentally is the precise expertise upon which Pharmac has built
its int %ﬁq@)ﬁpm on Pharmac! Do the right thing! Take up this challenge and
fund(t s!

ort %té to decline treatment for the PNH group or other patients where there
1es for(rar ases.
Sincere x




From: Sarah Papageorgiou _

Sent: Wednesday, 5 June 2013 4:05 p.m.
To: eculizumabfeedback
Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life saving treat t Soliris.
| DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.

O

iii. PHARMAC must establish fair assessment criteria, based o advi ternational

haematological community, to assess patient need for iristreat
iv. PHARMAC must amend its Operating Policies and toa ge'the right of rare disease
patients to access life restoring and life saving tr, in th%ﬁ ample of the Soliris treatment

I support the PNH Support Association's proposition for Equity and Fairness whi S

i. PHARMAC must return to the negotiating table with the supplier of th

ii. PHARMAC must negotiate in good faith toward funding Soliris fe

Yours faithfully

Sarah Papageorgiou



From: Sarah-Jayne Doran

Sent: Wednesday, 24 July 2013 7:00 p.m.

To: eculizumabfeedback

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

To Whom it May Concern;

I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment
I support the PNH Support Association's proposition for Equity and Fairness whi
PHARMAC must return to the negotiating table with the supplier of the Soliri
PHARMAC must negotiate in good faith toward funding Soliris for a minim%@;\'

I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.<§

PHARMAC must establish fair assessment criteria, based on expert advic
haematological community, to assess patient need for the Soliris tre
PHARMAC must amend its Operating Policies and Procedures to
patients to access life restoring and life saving treatments as i pecific exa

treatment @@5

Please cansider the cost of a human life, how can a lifée Q in fi ial terms? What sort of
society are we if we allow people to suffer and di a ( loo much money? Please treat
this as if it was your loved one.

Yours faithfully @
Sarah Seaholme @@ @

nt
e the-rishi




From: Saran Tapse!l

Sent: Wednesday, 31 July 2013 8:29 p.m.

To: eculizumabfeedback

Subject: I DO NOT support PHARMAC's proposal to decline funding for the Soliris
treatment

To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life saving
I DO NOT support PHARMAC's proposal to decline funding for the Soliris treat
I support the PNH Support Association's proposition for Equity and Fairness whi

i
PHARMAC must return to the negotiating table with the supplier e Soliris treatment

ii.

PHARMAC must negotiate in good faith toward fundi :;E or a@ of 8 NZ PNH
iii.

patients
PHARMAC must establish fair assessment criferi Xice from the

- d o Q}.
international haematological community, ta eSS lent l@g} e Soliris treatment
iv

PHARMAC must amend its Operating Rolicies and l‘:% s to acknowledge the right of rare
t

saving ents as in the specific example of

disease patients to access life restoring and-life
the Soliris treatment < Q ) %

TS



From: Sarah

Sent: Sunday, 2 June 2013 10:23 a.m.

To: eculizumabfeedback

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.

I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.
I support the PNH Support Association's proposition for Equity and Fairness which states:
i. PHARMAC must return to the negotiating table with the supplier of t@ atment
inimunyof 8 N H patients

ii. PHARMAC must negotiate in good faith toward funding Soliris for

iii. PHARMAC must establish fair assessment criteria, based on exp
haematological community, to assess patient need for the i

iv. ~ PHARMAC must amend its Operating Policies and Pr 08 cl?me right of rare disease
patients to access life restoring and life saving trea§ in the specific.example of the Soliris treatment
Yours faithfully @ ; ;

Sarah van Herpt

en



From:
Sent:
To:
Subject:

Attachments:

Sararose srown [

Tuesday, 4 June 2013 8:02 p.m.

eculizumabfeedback

Submission to PHARMAC's Proposal to decline a funding application for Soliris
{eculizumab)
proposition_equity_and_fairness_-_email_submission_template.doc



04/06/13

To Whom it May Concern;

| support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.
i DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.
I support the PNH Support Association's proposition for Equity and Fairness which

c %X
i. PHARMAC must return to the negotiating table with the supplier of is tréatme

ii. PHARMAC must negotiate in good faith toward funding Soliris for & m um of 8NZ PN

H patients

iii. PHARMAC must establish fair assessment criteria, based onle dvice fro rnational

haematological community, to assess patient need for th€ Solir {e\a?me
e$to a e right of rare
lent S%th ecific example of the

iv. PHARMAC must amend its Operating Policies and P

disease patients to access life restoring and life savi
Soliris treatment ;% :
Yours faithfully 32@2

Sararose Brown ;




From: Scott vils I

Sent: Saturday, 1 June 2013 8:01 a.m.
To: eculizumabfeedback

Subject: Soliris

To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.
I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.

I support the PNH Support Association's proposition for Equity and Fairness which states:
PHARMAC must return to the negotiating table with the supplier of the Soliris treat
PHARMAC must negotiate in good faith toward funding Soliris for a minimum o pa
PHARMAC must establish fair assessment criteria, based on expert advice from the'i ationa
haematological community, to assess patient need for the Soliris treatment

PHARMAC must amend its Operating Policies and Procedures to ackno ¢ theright of r. ? is€ase
patients to access life restoring and life saving treatments as in the specific example of the Solikjs treatment

Please consider this proposal. Health care is about caring....... O

Give these people a quality of life that normal people enjoy.

Thank you. %
Yours faithfully &
Scott Mills @ @



From: Inky Sean O'Sullivan

Sent: Tuesday, 25 June 2013 8:40 p.m.

To: eculizumabfeedback

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

{eculizumab)

To Whom it May Concern;
I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.
1 DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment. @ @
I support the PNH Support Association's proposition for Equity and Fairness whith's
i. PHARMAC must return to the negotiating table with the supplier of th liris t en
ii. PHARMAC must negotiate in good faith toward funding S %ﬁ: inimum NH patients
iii. PHARMAC must establish fair assessment criteria, ba d@: rt ihe international
haematological community, to assess patient need fo@ i ea&/
iv. PHARMAC must amend its Operating Polici dure % nowledge the right of rare disease
patients to access life restoring and life sa\@ ents as in'the ific example of the Soliris treatment

Yours faithfully

Sean and Ingrid O'Sullivan S%@ Q@



From: Shannon Gantley

Sent: Tuesday, 30 July 2013 7:26 p.m.

To: eculizumabfeedback

Subject: Submission to PHARAMC'S proposal to decline a funding application for Soliris

(eculizumab)

To whom it may concern:
I support the PNH patients in New Zealand in their fight to gain access to the lifesaving treatment Soliris.
I DO NOT support Pharmac’s proposed intent to decline this treatment

When Pharmac take this type of consultation to the public I should be able to rely o
accurate and reliable information that will help guide responses from the community

acceptable and you should withdraw this consultation because of the
likely to skew responses from the public. .

in a fair and equitable
rnative use of the money,
but does not address issues of rights, equity, fairness an ‘ u are failing in your duty.
The District Health Boards have this duty, and Phai hasing agency. You should
use the same decision criteria and priorities thaj.th

Patients with rare diseases are disadvanta is rare, and when treatments become

available they are doubly affected by t all market due to small numbers. It is a
denial of their right to health, and ¢ i of access, reducing inequalities and
improving health outcomes for ind 7o) igs will guide our relationship and decision
making”, which are set out in Styet Bs and Pharmac about how you decide things on

their behalf,

Decision Criteria: Th criteria assess medicines are not fair for those who are affected by
rare diseases. There d be“an additional ayer of decision-making for rare diseases that do not fit the
standard cost ef§ctlve hres fo arge populations. These additional layers already exist in

Australia, E laces around the world, because they have recognised that it’s a fair
1sa& rare diseases.

way to dea
$\g / best health outcomes” as mentioned in its legislation, can be strongly
assocnated wi ion of Quality Adjusted Life Years, is too narrow a view of what is “best”,

espec1all}<% armac’s calculations do not take into account non-health-sector costs. The decision
O

criteria sho de a broader range of considerations that are important to patients, so that the decisions
i atient-centred way.
@ as a responsibility for “health outcomes that are reasonably achievable”. Your narrow

on technical assessment and budget management, to the exclusion of patient rights and interests
from decisions, are an outcome that effectively discriminates against patients with rare diseases, and is not a
reasonable outcome by any measure.
Pharmac often emphasises the “tough decision” approach that some will be funded and others not. That is
too simplistic and can also be unfair, as it is in this case. There are very good reasons to adopt an equitable

approach that spreads medicine funding across as many areas of health need as possible so that no group is

1



completely abandoned. That is the approach across a wide range of services in our health system and
Pharmac should adopt a similar approach, rather than exclude and abandon certain groups.

I do not support your intent to decline treatment for this group or other patients where there are therapies for
rare diseases.



From:

Sent: Tuesday, 4 June 2013 7:59 p.m.
To: eculizumabfeedback
Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.

| DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.
I support the PNH Support Association's proposition for Equity and Fairness which sta
i.  PHARMAC must return to the negotiating table with the supplier of t@ atment
inimurrof 8 N H patients

ii. PHARMAC must negotiate in good faith toward funding Soliris for,

e right of rare disease
ple of the Soliris treatment

iv.

1am a friend of— family. | have seenfirs ' on affects everyone around him, it is
heartbreaking to watch. |just can not understand h {

medication for him that will save his life. P.

- %

Yours faithfully @
NS %




From:
Sent:
To:

Sharelle Richardson
Tuesday, 4 June 2013 10:54 a.m.
eculizumabfeedback

http.// www.pnhsanz.org.nz/uploads/1/1/5/7/11570630/proposition equity and fairness -

email submission template.doc

[ Sent via iPhone g



From: Sharon

Sent: Tuesday, 30 July 2013 2:55 p.m.

To: eculizumabfeedback

Subject: Submission to PHARAMC'S proposal to decline a funding application for Soliris
{(eculizumab)

Attachments: Pharmacs_intent_to_decline_Soliris_2013.docx

To Sue Anne Yee 3
Attached please find my submission. g@g @

%P

N
©@§%

Kind regards



To provide feedback, please submit it in writing by Wednesday, 31 July 2013 to:

Sue Anne Yee
Therapeutic Group Manager
PHARMAC

Email:
Fax: 04 460 4985
Post: PO Box 10 254, Wellington 6143

Subject: Submission to PHARAMC’S proposal to decline a funding application for Soliris
(eculizumab)

To whom it may concern:

I support the PNH patients in New Zealand in their fight to gain access to ving treat

Soliris.
| DO NOT support Pharmac’s proposed intent to decline this treat /\@

e When Pharamc takes this type of consultation i SK[)DQ able to rely
ation\th Il help guide

have overstated the

on Pharmac to provide accurate and réka

In{\

responses from the community.

number of people affected with P

cost of treatment. You did thi i mac staff reported to the
Board that there would be up to nts in New Zealand with Pompe
disease. That treatmen clined, 5§ as though you intend to decline

Soliris, again with du 3 t?@s r a decision. This is not acceptable and
you should with s/onsu t@ause of the misleading information in it,

which is i t ew responses from the public.

e These |e<n\? % ife. Our health system has a duty to address their
n itab

need d equi ay. When Pharmac places so much emphasis on costs,
W iveness rnative use of the money, but does not address issues of
rig .

quity) and community values; you are failing in your duty. The
District Boards have this duty, and Pharmac is acting as their purchasing

ggency.(Yo Id use the same decision criteria and priorities that they have.

nts with rare diseases are disadvantaged because their condition is rare, and
when treatments become available they are doubly affected by the high cost and the
very small market due to small numbers. It is a denial of their right to health, and
contrary to goals of “Equity of access, reducing inequalities and improving health
outcomes for individuals and communities will guide our relationship and decision
making”, which are set out in the agreement between DHBs and Pharmac about how
you decide things on their behalf.



Decision Criteria: The decision criteria used to assess medicines are not fair for
those who are affected by rare diseases. There should be an additional layer of
decision-making for rare diseases that do not fit the standard cost effectiveness
threshold for large populations. These additional layers already exist in Australia,
England, Scotland and other places around the world, because they have recognised
that it’s a fair way to deal with the disadvantage of rare diseases.

Pharmac’s assumption that “best health outcomes” as mentione its legislation,
can be strongly associated with calculation of Quality Adjusted i rs, is[ oo
narrow a view of what is “best”, especially when Pharmac’s do

ould i

into account non-health-sector costs. The decision criteria’s clude a
range of considerations that are important to patients,”so t thed{decisions are
made in a patient-centred way. O

Pharmac also has a responsibility for “hea
achievable”. Your narrow perspective
management, to the exclusion of patient<ig
outcome that effectively discriminat
a reasonable outcome by any mea

ouU

Q

mes (that \are reasonably
I and budget

S decisions, are an
atie ith\care diseases, and is not

\

-

Pharmac often emphasises the ecisiox ch that some will be funded

and others not. That is toosimplisti nd{@ unfair, as it is in this case. There
are very good reasons {0 ‘@} 1it3 \(@oach that spreads medicine funding
3 edlth need possible, so that no group is completely

across as many ar
abandoned. That— ¢ apj /a wide range of services in our health
system and P h

g

S.

'hto declinetreatment for the PNH group or other patients where there




From: Shelley Roberts

Sent: Wednesday, 31 July 2013 11:44 a.m.

To: eculizumabfeedback; OPP Review

Subject: Funding for Soliris

Attachments: proposition_equity_and_fairness_-_email_submission_template.doc
X



To Whom it May Concern;
| support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.
I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.
I support the PNH Support Association's proposition for Equity and Fairness which states:
i. PHARMAC must return to the negotiating table with the supplier of the Soliris treatment
ii. PHARMAC must negotiate in good faith toward funding Soliris for a minimum NZ PNH pati \}

iii. PHARMAC must establish fair assessment criteria, based on expert advice t ernational

haematological community, to assess patient need for the Soliris treat

iv. PHARMAC must amend its Operating Policies and Procedures to ac
disease patients to access life restoring and life saving treatments_as in
Soliris treatment

a is plight, have seen
co sult.in, his death. | can only
and child being funded and
ent as experimental, but
ow can it be that in NZ, our
vlive? Please review this decision.

f
his photo, and cannot bare to know that my decision not i
give a couple of dollars a week, but | personally could n to
have his life saved. New Zealanders don’t want this. u see thj
really there is no other option for these patien

| am personally attempting to fund the likes of-®>
he

Yours faithfully

Shelley Urlic
A, 7\




L . ]

From:

Sent: Monday, 29 July 2013 8:23 p.m.
To: eculizumabfeedback

Subject: Pharmac

Attachments: Submission to Parmac.docx

Please consider the attached submission,
Our family live on a knife edge every day.

Regards
- N



This submission opposes the current PHARMAC proposal to decline funding for the treatment
eculizumab (soliris)

My niece_ lives with Paroxysmal Nocturnal Hemoglobinuria (PNH) and funding for
the drug eculizumab is the only key to giving her a normal life expectancy. | am at a loss as to why
PHARMAC would sentence my niece and others living with the disease to such a difficult (and

potentially shortened) life.

_The pain attached to these episodes and the uncertai t"% she will

come out unscathed (potentially a stroke) is very upsetting and worrying to our \an othe

who know and love her. A
A o

Gs'not what a
young woman deserves when there is an alternative at the clinicj r@i ertips, but w \hey are
unable to dispense. For them, it must be like using a weak c ildi they know
will eventually collapse. Frustrating I imagine, when they a i %f(s\at\}\ lives.

@ xiety. ém_’herself, the awful

xiet ut up@n everyone who knows
time employment is not

For [ family, it is nothing short of a constant

responsibility (through no fault of her own) of k i
and loves her, on top of the constant fatigue
an easy load to carry.

- has contributed very well to . %{@}H
if she pursued her only option t g by @

shameful option when 40 oth : 3 after their PNH sufferers by funding

of n

i
cated and would be a big loss to NZ
Australia. As a family, we find this a

eculizumab.

| strongly urge PHA i i ision to decline funding and to turn the lives of not
only sufferers, b i ili astate of anxiety into a state of looking toward a positive




From: o TR
Sent: Wednesday, 19 June 2013 12:43 p.m.

To: eculizumabfeedback

Ce: OPP Review

Subject: Soliris for PNH patients

Attachments: PNH Pharmac.docx

To whom it may concern,

Please read attached letter in support of funding soliris for PNH patients. @ &
Kind Regards @ @

&0
Q N
7

%



Subject: Submission to PHARMAC's Proposal to decline a funding application for Seliris (eculizumab)

To Whom it May Concern;
I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.
I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.
I support the PNH Support Association's proposition for Equity and Fairness which states:
1. PHARMAC must return to the negotiating table with the supplier of the Soliris treatment
ii. PHARMAC must negotiate in good faith toward funding Soliris for a minimum of 8 NH patients
iii. PHARMAC must establish fair assessment criteria, based on expert advice from %al
haematological community, to assess patient need for the Soliris treatment

iv. PHARMAC must amend its Operating Policies and Procedures to ac dge'the right of raro
patients to access life restoring and life saving treatments as in the specific’ex of the Soliris tre

atrent, he ere with us.
-CO cision and fund

soliris.

Yours faithfully @ %



From: mission to seafarers pt howard || NN

Sent: Wednesday, 31 July 2013 11:51 a.m.
To: eculizumabfeedback
Subject: Eculizumab

Southland Psoriasis Ass. Inc

"
%o
X

To Sue Anne Yee &
Therapeutic Group Manager

PHARMAC

Email: eculizumabfeedback@pharmac.govt.nz @ g@

Fax: 04 460 4995

Post: PO Box 10 254, Wellington 6143
Subject: Submission to PHARAMC'S proposal tg &h fundi vcatlon for Soliris {eculizumab)
To whom it may concern: \
| support the PNH patients in New e|r f ccess to the lifesaving treatment Soliris.

| DO NOT support Pharmac’s pr |s treatment

e  When Pharmac take of c on to the public | should be able to rely on Pharmac to
provide accurat a ig Ie that will help guide responses from the community. In
this consultatio o have over he number of people affected with PNH which in turn over

treatment. You did this back in 2011 when Pharmac staff

asis for a decision. This is not acceptable and you should withdraw this
he misleading information in it, which is likely to skew responses from the

nts have a right to life. Our health system has a duty to address their needs in a fair
uitable way. When Pharmac places so much emphasis on costs, cost-effectiveness and
ive use of the money, but does not address issues of rights, equity, fairness and community
es, you are failing in your duty. The District Health Boards have this duty, and Pharmac is acting
as their purchasing agency. You should use the same decision criteria and priorities that they have.

e  Patients with rare diseases are disadvantaged because their condition is rare, and when
treatments become available they are doubly affected by the high cost and the very small market
due to small numbers. It is a denial of their right to health, and contrary to goals of “Equity of

1



access, reducing inequalities and improving health outcomes for individuals and communities will
guide our relationship and decision making”, which are set out in the agreement between DHBs
and Pharmac about how you decide things on their behalf.

Decision Criteria: The decision criteria used to assess medicines are not fair for those who are
affected by rare diseases. There should be an additional layer of decision-making for rare diseases
that do not fit the standard cost effectiveness threshold for large populations. These additional
layers already exist in Australia, England, Scotland and other places around the world, because they
have recognised that it’s a fair way to deal with the disadvantage of rare diseases.

Pharmac’s assumption that “best health outcomes” as mentioned in its legislation, can be strongly
associated with calculation of Quality Adjusted Life Years, is too narrow a view of what is “bes

especially when Pharmac’s calculations do not take into account non-healt or costs. T
decision criteria should include a broader range of considerations that ar: t to @S,

that the decisions are made in a patient-centred way.

Pharmac also has a responsibility for “health outcomes that are ably achievablg”:
narrow perspective on technical assessment and budget management) o the exclusion’of patient
rights and interests from decisions, are an outcome that ef s‘? inst patients

Pharmac often emphasises the “tough decision” a
not. That is too simplistic and can also be unfair

services in our health system and Phar
and abandon certain groups.

| do not support your inten
therapies for rare diseases:

i frol D32 Antivirus, version of virus signature database 8629
@E ET NOD32 Antivirus.




From: Stephanie Yee

Sent: Tuesday, 30 July 2013 9:33 p.m.

To: eculizumabfeedback

Subject: submission for Soliris funding consultation

Sue Anne Yee

Therapeutic Group Manager

PHARMAC 3
Dear Sue and the Pharmac Board @

Re: Submission opposing PHARMAC's Proposal to decline a fu application .lris
(eculizumab)

guldrbe j iate to flatly

Haemoglobinuria (PNH).

Soliris needs to be considered for funding under diff
because it is surrounded by unique circumstanc
being a maintenance therapy rather than curati
treatment options of comparable efficacy.

What is not questionable is the clinica y of Solf
quality of life of a patient, particularyre / in k@

years.

In Pharmac’s economic asse ing should be given to the medicine’s effect on
quality of life and the severi impact on the patient’s quality of life as well as

While inarguably not e i ost coshéffective drug, at some point the value of a person’s life
comes down ta'n : %%i}eness and must be measured and assessed using different
formulae. ‘ ' debate and | can understand there are limitations to the
governme harmac to consider listing Soliris on the Pharmaceutical Schedule
under
a) orthie Hospital Medicines List (HML) with a ‘Special Authority’ with the criteria
as dis gCthby the Pharmac haematology subcommittee of the patient having developed

¢ c'n Soliris on the HML with a partial subsidising of total cost ex manufacturer.

c) If Soliris is not made available on the HML, the ability for a patient to apply for funding or partial
funding under the NPPA scheme.

If PNH was a cancer, Soliris would in effect be the palliative treatment of choice without the need for
several other interventions. Perhaps the answer lies in the need for a separate scheme for funding
high-cost drugs as in the UK’s Specialised Services programme. It just does not seem fair that

1



someone who develops a condition through no fault of their own has their life hanging in the balance
between a government agency and a drug company which manufactures the only efficacious
treatment.

In summary,

| SUPPORT PNH patients in New Zealand in their fight to gain access to the lifesaving treatment
Soliris.

| OPPOSE PHARMAC's proposal to decline funding for the Soliris treatment.

| support the PNH Support Association's proposition for Equity and Fairness which states:

1. PHARMAC must return to the negotiating table with the supplier of the Soliris treatment
2. PHARMAC must negotiate in good faith toward funding Soliris for a minimum of 8 NZ P

patients
3. PHARMAC must establish fair assessment criteria, based on exp ie€from the
international haematological community, to assess patient need is tr
4. PHARMAC must amend its Operating Policies and Procedur ackngwledge the right of
rare disease patients to access life restoring and lifesavi ents a%ueciﬁc
example of the Soliris treatment @ @
Yours faithfully %
Stephanie
Steihanie Yee ZS ;S:S ; ;



From:

Sent: Wednesday, 31 July 2013 8:32 p.m.

To: eculizumabfeedback

Subject: submission to pharmac’s proposal to decline a funding Soliaris
To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.
I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.

I support the PNH Support Association's proposition for Equity and Fairness which @

1.
PHARMAC must return to the negotiating table with the supplier @ S trea
ii v

PHARMAC must negotiate in good faith toward funding Soliris for'a’ minimim of
patients

ii.

PHARMAC must establish fair assessment criteria, b pe @ om the

international haematological community, to assess

ed liris treatment
iv.
PHARMAC must amend its Operating Poli¢ies-an ocedt i@ o.acknowledge the right of rare
disease patients to access life restoring and life saving t ents as in the specific example of
the Soliris treatment

(please include your personal statemen @ his is v tant to our family as the future of our

grandson's father is in your hands. @

Yours faithfully -



From: Sylvia Buarque Schiller Cooper || R NENERNRINER

Sent: Tuesday, 4 June 2013 8:20 a.m.
To: eculizumabfeedback; OPP Review
Subject: Letter of support to PNH patients in NZ

To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.
I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.
I support the PNH Support Association's proposition for Equity and Faimess which states:

i PHARMAC must return to the negotiating table with the supplier of the Soliris treatment
ii. PHARMAC must negotiate in good faith toward funding Soliris for a minimum of H patients
Hil. PHARMAC must establish fair assessment criteria, based on expert advice fr nt€rnational hae

patient need for the Soliris treatment
iv. PHARMAC must amend its Operating Policies and Procedures to ack ¢ ght of(a
and life saving treatments as in the specific example of the Soliris trea

ACC covers people who are unwell from drinking and driving, thé
those people are denied treatment?

Yours faithfully

1 Sylvia Schiller-Cooper
2 Charles Brumpton Cooper

3 Tyler Schiller-Cooper

4 Regina Caiuby Schiw



From: Tanz J

Sent: Thursday, 20 June 2013 12:31 p.m.

To: eculizumabfeedback

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris
(eculizumaby}

Attachments: proposition_equity_and_fairness_-_email_submission_template.doc



Please email BOTH

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris {eculizumab)
Email: eculizumabfeedback@pharmac.govt.nz

AND

Subject: Submission in response to PHARMAC's consultation on Decision Critera.
Email: opp@pharmac.govt.nz

To Whom it May Concern; @2;

| support PNH patients in New Zealand in their fight to gain access to the lif in atment S Iﬁ}

I DO NOT support PHARMAC's proposal to decline funding for the Solirj

I support the PNH Support Association's proposition for Equity an

iv.

PHARMAC must return to the negotiating table wit
9

_.

PHARMAC must establish fair assessmen K ased on e

nd
disease patients to access life r and life \@
Soliris treatment 2 :

S @%®
OB
NG



From: Tifany Searlc

Sent: Tuesday, 4 June 2013 4:39 p.m.
To: eculizumabfeedback
Subject: 'Submission to PHARMAC's Proposal to decline a funding

To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.
I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment. @ @

| support the PNH Support Association's proposition for Equity and Fairness whic

i.  PHARMAC must return to the negotiating table with the supplier of t

iri atment
ii. PHARMAC must negotiate in good faith toward funding Soliris f inimum of @patients
iii. PHARMAC must establish fair assessment criteria, based vice fy e\ihternational
haematological community, to assess patient need for t i

AN
iv. PHARMAC must amend its Operating Policies and to ac@g he right of rare disease

patients to access life restoring and life saving tr

Yours faithfully @ @
Tiffany Searle Q



From: tlews ojo [

Sent: Tuesday, 4 June 2013 8:57 p.m.
To: eculizumabfeedback
Subject: Help please

To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life saving tre liris.

I DO NOT support PHARMAC's proposal to decline funding for the Solir

is treatmen g §
| support the PNH Support Association's proposition for Equ@a ess&&&es:

PHARMAC must return to the negotiating table wi pplie iris treatment

PHARMAC must negotiate in good fait oticis. fér a'minimum of 8 NZ PNH patients

PHARMAC must establish fair a
community, to assess patient ne

PHARMAC must ame Operating PO% Procedures to acknowledge the right of rare disease patients to
access life restoring a ing treatmentsas in the specific example of the Soliris treatment

Miss Tilew@



From: Tim Seaholme

Sent: Wednesday, 24 July 2013 6:52 p.m.

To: eculizumabfeedback

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

{eculizumab)

To Whom it May Concern;
I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris,

1 DO NOT support PHARMAC's proposal to decline funding for the Soliris treatmen

| support the PNH Support Association's proposition for Equity and Fairness whi t
PHARMAC must return to the negotiating table with the supplier of the Soliris-tr x%
PHARMAC must negotiate in good faith toward funding Soliris for a mini NZPNH pati
PHARMAC must establish fair assessment criteria, based on expert advi

the internation
haematological community, to assess patient need for the Soliris tr nt %&
PHARMAC must amend its Operating Policies and Procedures to @ge}h Rﬁr re disease
patients to access life restoring and life saving treatments as i ific ex r@ e Soliris
treatment @

Please treat this as you would if a family member was @Nh this d make a real difference for.

Yours faithfully ;
Tim Seaholme @



From: [ o |

Sent: Sunday, 2 June 2013 3:10 p.m.
To: eculizumabfeedback
Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

To Whom it May Coneern

| support PNH patients in New Zealand in their fight to gain access to the life saving trg fraey

| DO NOT support PHARMAC's proposal to decline funding for the Soliris tréatment. : % E

| support the PNH Support Association's proposition for Equi; ess &t}es:
i. PHARMAC must return to the negotiating tabl@ plie

i is treatment
inimum of 8 NZ PNH patients

dures to acknowledge the right of rare disease
ents as in the specific example of the Soliris treatment




From:

Sent: Wednesday, 31 July 2013 5:49 p.m.
To: eculizumabfeedback

Subject: Funding for Soliris

My sister who lives in F has had to start treatment with Soliris and basically without the funding of this medicine
in New Zealand she wiii never be able to return to her country of birth.

| urge that reconsideration be given to Pharmac's decision to disallow Soliris as a subsidised treatment for those with

this awful affliction PNH. Surely there must be room to negotiate a satisfactory supply cost. The news of the N n
England being exploited by drug companies makes grim reading and one would hope New d does not

itself to become a victim of such behaviour.Please make a stand.
Thank you. @}






Please email BOTH

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris (eculizumab)
Email: eculizumabfeedback@pharmac.govt.nz

AND

Subject: Submission in response to PHARMAC's consultation on Decision Critera.
Email: opp@pharmac.govt.nz

To Whom it May Concern; 2;
i

I support PNH patients in New Zealand in their fight to gain access to the lif in atment S I%

1 DO NOT support PHARMAC's proposal to decline funding for the Solirjstreatment.

. ) r of %ﬂ reatment

ii. f o) Soliris f@ of 8 NZ PNH patients
iteri @rt vice from the international
l'r% eatment

o acknowledge the right of rare

iv.

Soliris treatment

{(please include your persona@
Yours faithfully ; ;

ents as in the specific example of the



From: I - b of vima! Patc|

Sent: Sunday, 2 June 2013 10:48 a.m.
To: eculizumabfeedback
Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

To Whom it May Concern;

| support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.
i DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment. @
I support the PNH Support Association's proposition for Equity and Fairness whic @
i. PHARMAC must return to the negotiating table with the supplier of th liris treatmen
ii. PHARMAC must negotiate in good faith toward funding S I@ini HY) N H patients
ili. PHARMAC must establish fair assessment criteria, base\N rt adyi he international
haematological community, to assess patient need for istreat

iv. PHARMAC must amend its Operating Policies a &3 es to iedge the right of rare disease
patients to access life restoring and life savin as in'the example of the Soliris treatment

Yours faithfully, @
Vimal Patel %@



From:

Sent: Tuesday, 30 July 2013 3:09 p.m.

To: eculizumabfeedback

Subject: Eculizumab Consultation Document
Attachments: PHARMAC Pharmac submission.doc

To Whom it May Concemn: please see the aftached submission regarding the above consultation document. Would
ou please acknowledge receipt of this message and the attached submission. Thanks




PHARMAC Proposal to Decline Fundng for the Treatment Eculizumab (SOLIRIS) for the
Treatment of Paroxysmal Nocturnal Haemoglobinuria (PNH)

I refer to the PHARMAC consultation document of 21 May 2013.

1. I submit that the proposal to decline funding for SOLIRIS since it would:

e represent a breach of the Human Rights Act 1993 which states, among other things,
that it is unlawful to deny, or treat a person less favourably, on any of the
prohibited grounds of discrimination, including disability, race or ethnicity, sex, or
age.

e Dbe in contradiction of a stated objective of the New Zealand

Disability Act 2000 of ensuring the best care and support of t

2. It would also be in breach of the Universal Declaration
International Covenant on Economic Social and-Cultural Ri
agreements New Zealand is a signatory. @
i ini . moral since it

would not only discriminate againsta s

but would knowingly condemn the

hospital visits, ongoing pain, lo, g i come due to absence from
work with frequent 111ness It w\l‘d Iso kno shorten the life span of these
PNH sufferers.

4. The consultation d sent\ﬂ e Yerated estimate of the cost of SOLIRIS.
PHARMAC cl 2-20 patients who would be eligible for
SOLIRIS tr known number at this time is eight. Moreover,

PHARMAC u S % t of $600,000 as the annual cost per patient when
the supplier is open to negotiating a lower cost.

ent further claims that funding SOLIRIS would deprive

nts of treatments that could be funded instead. This is a gross

tk%{st, the number of PNH sufferers that would receive SOLIRIS is no

ght. Secondly, it implies that there are no savings that could possibly be

e elsewhere. Finally, it implies that PHARMAC would not succeed with making

case to the Government for additional funding needed to fund SOLIRIS. The

question arises, therefore, has PHARMAC made a case requesting additional
funding?

6. It is not clear from the document or from the economic outlines provided on the

PHARMAC website, that the cost-effective analysis has taken full account of the



costs to the public health system of PNH sufferers not receiving SOLIRIS, which, as
the case of my daughter indicates (Appendix 1), is considerable. Nor is it clear that
the loss of productivity and income arising from the illness has been accounted for.
These are all real costs to the Public Health System, to the individuals, and to the
economy.

7. It is extraordinary that PHARMAC proposes to ignore the advice of its own
professionals, the Haematology Subcommittee, which, based on its consideration of
all the evidence, has recommended that SOLIRIS should be funded.

8. Equally extraordinary is the fact that PHARMAC proposed to/de
SOLIRIS when it is being provided to PNH sufferers in sdnie
suggests that either PHARMAC possesses information r

drug, or these countries have information which j @ e duty
obtain. Perhaps it also implies that other countri a mor

, a PNH sufferer
N\

currently receiving SOLIRIS courtesy A & (see attachment). I suggest her
€'eost to the public health system prior

g tfansformation in her quality of life since

receiving this .T ofmation is no thanks to PHARMAC. It is the
direct res f dedi f the - Hospital Staff and to the
comp %eros% exion, the supplier of SOLIRIS.

10. Shoul finally décide not to fund SOLIRIS, then I challenge the members

a ce the PNH sufferers who would be directly disadvantaged
rently in desperate need of the relief that SOLIRIS would bring. I
ey, invite these eight unfortunate people to Wellington, and tell them

“'we are sorry you have this rare disease and we know there is a drug

ch would relieve your suffering, and we also know that the drug would extend
your life expectancy, but we regret to tell you that we don’t consider you are worth

@ the cost! For that is exactly what PHARMAC is proposing: these lives are not worth

saving!

Attachment: Patient History: _
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From: Warwick.Trish Darrow—

Sent: Tuesday, 18 June 2013 8:41 a.m.
To: eculizumabfeedback
Subject: fund solirus

To whom it may concern,

We have read about this dreadful blood disease PNH which effects young and old.

We believe Pharmac should fund Solirus and not take into there own hands being Judge and Jury letting
sick people die.

Pharmac should join hands with our Australian country cousins and a large majori ther coun

who already fund Solirus.
Please give these sick people a chance for a life so they can live like others. @

Yours Faithfully,
Warwick Darrow
Patricia Darrow @



From:

Sent: Monday, 22 July 2013 4:09 p.m.
To: eculizumabfeedback

Subject: PNH

RE: Submission opposing PHARMAC'S Proposal to decline a funding application for Soliris (eculizumab)

To Whom it May Concern;

| SUPPORT PNH patients in New Zealand in their fight to gain acc b
lifesaving treatment Soliris.
| OPPOSE PHARMAC's proposal to decline funding for the is treatment.

| support the PNH Support Association's proposition for, ity and Faj hic
states: @ @
1. PHARMAC must return to the nego % i pplier of the
Soliris treatment @ x&
2. PHARMAC must negotiate i @v towar g Soliris for a
minimum of 8 NZ PNH pati@

3. PHARMAC must est fairass riteria, based on expert
advice from the inje ha ical community, to assess patient

4, PHARMAC erating Policies and Procedures to
acknow are diSease patients to access life restoring and
[if % e specific example of the Solitis treatment




From: Weihana Delamere [

Sent: Tuesday, 4 June 2013 11:07 a.m,
To: eculizumabfeedback

Sue Anne Yee
Therapeutic Group Manager
PHARMAC

Re: Proposal to decline a funding application for eculizumab

ici Whilst th s over

plications than the available
i same whereas
: unding may be

patients missing out are
seems rather callous

| would like to submit comment on the proposed refusal to fund this life-savin
its cost are understandable the statement “There are always more medicine furidin
budget will allow” is troubling because it suggests that Pharmac is lumpi
the public perception (or at least my perception) is that this is a more e

considerable but so is the benefit to the individual patient. While yg 6 )

(no offense).

You state:

“Even if DHBs had much more money ava i culizumab is not cost-effective and
would be likely to be at the back of the queue of me
But how can you say it is not cost effecti ars-tha are talking life and death here. Have you
worked out the value of someone’s li is i jobito-$say how much more money should be made
available? It’s easy to understand i ited get-Pharmac must be in the business of making trade-offs
when it comes to funding decisi e job of the public to decide how important they think life

a information out there for the public to judge. We spend so
e able to decide whether to spend more on life saving

raise taxes, or to stop wasting money on a pointless military that
these decisions be the domain of a few bureaucrats with a defeatist attitude?

medicine or to put int S
could defeat no one. id

saving medicine is comparedte.ot orit
much money on other thi 1».— publi $SHoul
n )

Bottom line i W is tr ntthat is life saving and we do not try it then we as a nation need to re-
ioritj Th% we just can’t afford it doesn’t wash. We spend so much on things which are
)
aKe

not life e aete o be made they can be made in other areas. Or at least give the public the
infor maj at decision. People shouldn’t die just so Bill English can have his budget or so the
public doesi't have etly evaluate the value of the handouts they may vote themselves. Do | love an interest

free student loaf? solutely. It's a great opportunity and limits the cost of my education. But do | think | should

in behind the public who wants to make this work and to FIND A WAY to fund this medicine?

Yours sincerely,






From: b 25 ST  PRP

Sent: Tuesday, 30 July 2013 11:19 p.m.

To: eculizumabfeedback

Subject: Proposal to Decline Funding for Eculizumab
Attachments: Mum's submission.docx

Please find attached a submission re the above.

Regards
v &



SUBMISSION ABOUT PHARMAC’S PROPOSAL TO DECLINE FUNDING FOR THE
DRUG ECULIZUMAB (SOLIRIS) FOR THE TREATMENT OF PAROXYSMAL
NOCTURNAL HEMOGLOBUNARIA - PNH

e ore . »=rerts of PNH ufcre: I

Our first concern is for the future health of our daughter and what PHARMAC's proposal to
decline funding for the drug eculizumab (soliris) means for her and for our family.

Only one word comes to mind..... devastation ....... but we’ll come back to this: &
Our second concern is for the disappointment we feel about the inaccura @RM S
consultation document, not something we expected from an orgafiisafi ar

making decisions that literally determine the every day quality <o
Zealanders.

PHARMAC has a huge responsibility, and we have the ri t@
making process that is robust and trustworthy. We sho
are based on the most up-to-date and accurate info

Unfortunately, this has not been the case.

We also expected transparency during the
immediately rings alarm bells, and alarm
and unacceptable.

We expect PHARMAC would ar

is “to obtain the best health ou

It's all down to interpretatio rse.
n

(]
fallen short. Given w : a
diseases”, we assumed a Zea

However, the n

the outcomebeifng a.proposal to
d iscrimination.

e words “excluding those people with rare
needs would be debated fairly and honestly.

ically
very h % e their policies, processes etc with New Zealand from which we can
sure t ouf own model. It is understandable an increased budget might be required, so
enfral government needs to be prompted here.

@ k to what PHARMAC's proposal to decline funding for eculizumab means for [l

ur family.

We know making emotional pleas to PHARMAC has no impact when it comes to the
allocation of funds. However, as a family watching [l battle with PNH, it is impossible
not to do just that — this is our emotional plea.



We are constantly aware that [Jij health is precarious and know only too well the battle
she fights every day. We won't list the physical problems she endures, it would take too

long. We won't list the constant medical check-ups, blood tests, etc she has to endure, you
would get bored.

we won't talk about the fact the drug is avaiiabie in other 40 countries, New
Zealand is where she has was born.

All loving parents want only good things for their children — we want a miracle for

Impossible you might say, but talk to a PNH sufferer lucky enough to have access to Soliri
and see if they don't agree...... a miracle is possible.

S

Eculizumab has proven efficacy in terms of changing the lives of PN
them a normal life expectancy, they can live a seemingly disease free

Put yourself in our position



From:

Sent:

To:
Attachments:

Wendy Butler

Saturday, 1 June 2013 3:41 p.m.
eculizumabfeedback; OPP Review
proposition_equity_and_fairness_-_email_submission_template.doc



To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life saving tre nt Soliris. &
I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment @
I support the PNH Support Association's proposition for Equity and Fairness te

i. PHARMAC must return to the negotiating table with the supplier of t liris treatmen

ii. PHARMAC must negotiate in good faith toward funding Soliti ainimum H patients

AN

iii. PHARMAC must establish fair assessment criteria, basédon expe z v the international

haematological community, to assess patient need the tr

Cé

iv. PHARMAC must amend its Operating Policies : ure&; wledge the right of rare
disease patients to access life restoring anddife-savingtreatmerits_as-in the specific example of the
Soliris treatment

Yours faithfully
A,°
%@%



To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life saving treatfrient Soliris.

I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment

I support the PNH Support Association's proposition for Equity and Fairness states:

iv.

Yours faithfully 3%@

PHARMAC must return to the negotiating table with the supplier of t liris treatmen

PHARMAC must negotiate in good faith toward funding So a“minimum NH patients
iii. PHARMAC must establish fair assessment criteria, baséd ofyexp iC m the international

haematological community, to assess patient need '

PHARMAC must amend its Operating Policies & ¢ wledge the right of rare

disease patients to access life restoring and aving't ents_as-in the specific example of the

Soliris treatment



From: Xin Cheng |

Sent: Monday, 3 June 2013 3:20 p.m.
To: eculizumabfeedback
Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

(eculizumab)

To Whom it May Concern,

I support PNH patients in New Zealand in their fight to gain access to the life saving treat liris.

I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment. @

I support the PNH Support Association's proposition for Equity and Fairness whi tes:

i.  PHARMAC must return to the negotiating table with the supplier of th is treatme

ii. PHARMAC must negotiate in good faith toward funding Soliris fo i of 8@ ients

iii. PHARMAC must establish fair assessment criteria, based o ice &% ational haematological
community, to assess patient need for the Soliris treatment

iv. PHARMAC must amend itsOperating Policies and Pr ckno right of rare disease patients to
access life restoring and life saving treatments as in th ic exam Soliris treatment

Sa

rkey @ i ‘e access to this treatment, yet New
ent. Q

Yours faithfully @ -r
R
Xin Cheng V




From: [ O .

Sent: Sunday, 2 June 2013 12:17 a.m.
To: eculizumabfeedback
Subject: Proposal to Decline Funding for Soliris

To Whom it May Concern;

I support PNH patients in New Zealand in their fight to gain access to the life saving treatment Soliris.

I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.

| support the PNH Support Association's proposition for Equity and Fairness which state @
i. PHARMAC must return to the negotiating table with the supplier oft% tment %
ii. PHARMAC must negotiate in good faith toward funding Soliris f@u of /N-Z&l atients
tréatme

iii. PHARMAC must establish fair assessment criteria, based on («

haematological community, to assess patient need for the
iv. PHARMAC must amend its Operating Policies and @
patients to access life restoring and life saving t
Last year_ passed away while getting a.bo

i
Tro
| also petitioned for Soliris to be funded in Aust nd jtwa
Please, if

you could change your mind, | know K@\i{w I\e@o PNH suffers and their family and friends alike.
Yours faithfully, % g%%

S

vice fr intérnational

dgethe right of rare disease
ificcexample of the Soliris treatment




From:

Sent: Thursday, 27 June 2013 1:57 p.m.
To: eculizumabfeedback

Subject:

Submission to PHARMAC's Proposal to decline a funding application for Soliris
(eculizumab)

To Whom it May Concern;

| support PNH patients in New Zealand in their fight to gain access to the life savin@@sor is. @

I DO NOT support PHARMAC's proposal to decline funding for the Soliris treatm

| support the PNH Support Association's proposition for Equity and Fair @ ich states:
i. PHARMAC must return to the negotiating table with the s
ii. PHARMAC must negotiate in good faith toward fundi

iii. PHARMAC must establish fair assessment criteria;
haematological community, to assess patient n

iv. PHARMAC must amend its Operating Polici

As a PNH sufferer in - with acc
drastically improved and my life expe

diseases are neglected and don’t ngand charity support etc of more widespread illnesses.
When you are a sufferer and s

> who love er this makes no sense at all. Having such a disease is not
just about the physical but a i ot just about the patient but about the patient’s loved ones.
s g$,has been so many other countries.

Please support these s
Yours fait@



From: Badsi - =z o

Sent: Tuesday, 30 July 2013 8:01 p.m.
To: eculizumabfeedback; OPP Review
Subject: Submission opposing PHARMAC's Proposal to decline a funding application for

Soliris (eculizumab)

To Whom it May Concem;
1 SUPPORT PNH patients in New Zealand in their fight to gain access to the lifesaving treaiment Soliris.
{ OPPOSE PHARMAC's proposal to decline funding for the Soliris treatment.

| support the PNH Support Association's proposition for Equity and Fairness which

states
1. PHARMAC must return to the negotiating table with the supplier of t& ent

i a
ii. PHARMAC must negotiate in good faith toward funding Soliris fora of 8 NX R

iii. PHARMAC must establish fair assessment criteria, based
haematological community, to assess patient need for the

iv. PHARMAC must amend its Operating Policies and
patients to access life restoring and lifesaving trea

I am a ] year old living with Paroxysmal Noct
after experiencing severe abdominal pain, chronic fatj

As you will know PNH is a d
is an effort, let alone tryi

affects your everyday life. Even having a shower each day
ial activities.

social activities. w f tla nclisning member of society, and feel that { am

ron
~and e\%
Now with Soliris | am a “gormal life’\<1 have been able to work full-time, go to the gym and participate in

actually living Ji atehin ss by.
I strongl i o;EF be available to other PNH sufferers. It is their only chance at living a “normal life”.
Pleas oliris will have on someone with PNH, so they

can h thance Kyl a“normal life” like me.

Yours fanw
N

\®)

>

<



[v]

on.-bu
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- @ ]



Submission to Pharmac regarding funding for Soliris treatment

As a sufferer of PNH for the past. years | have lived in hope that one day modern medicine will
provide me with the medication required to combat this condition.

| have always tried to remain positive in my approach to life despite the limitations that living with PNH
has put before me. | have raisedl children and have worked alongside my husband to build up a

successful [l business. During the last] years it has become blatantly clear th eatmer:)};l
@
or

€

strongly encourage Pharmac to reconsider their decision not

through no fault of our own have been cursed with this ¢ d\,
Please remember no price should be put on a life —n @

eof us who,
mal’ life.



From: Bl AL MR e = 1 e

Sent: Wednesday, 31 July 2013 12:21 p.m.
To: eculizumabfeedback
Subject: Proposal To Decline Funding - Soliris/Eculizumab

Dear Pharmac,

Thank you for considering the funding of Eculizumab within the new Zealand market. In the interests of fairness |
very much appreciate that this process is to some extent open and that your proposal to decline funding is opepfor

submissions and feedback.
This process is of course very emotive for patients and their families and 1 am no exceptgg— aslc

determine my within N ‘presentiy-di: d
with PNH. was diagnosed with PNH in

At this point in the development o isease shed ined free of
blood clots and for this we are very grateful. Even if Eculizumab was p ed wi qzmgtr?ealand I would
not expect that- would be at the stage in. disease where s t would b sary ~ | believe

that Eculizumab wouid be/should be only for those with the mos C &% gh risk of blood
tﬁg more bleak for [fjthan it
. |

Your recommendation to not fund Eculizumab does me
would if this treatment was available, and this is of co

60-70 PNH patients within NZ, and that 12-20 pati ‘
these are not numbers that my research and knowle

there are perhaps 25 sufferers of PNH within’New Zealand ar d@ g with restricted qualifying criteria
i haps 8-10 at the more advance stages of the

clotting in particular.
té that you suggest that there are
mab if it was available. With respect

| have read the papers you have ble website and | conclude 2 things —

1) The Eculizumab is indeed effecti the symptoms of PNH, and this is supported by clinical
evidence and éndation % and whilst | recognise that there are other therapies that can
assist with the 5 the sympto one of these treatments work as effectively to manage this very
rare dis .

2) The cost/b it ratio d No ck up against other treatments and/or other rare disease treatments.

| believ ra %
we fin s in. ( ; 9

However may | uestions?

f this effective and proven treatment to be responsible for the funding dilemma

1) Y ers.state that you support the drug Idursulfase (via NPPA) at a cost of $419,000 per year. Does this

i the price point, below which you would (re)consider funding Eculizumab?

harmac attempted to seriously negotiate with Alexion? | understand that Alexion may well have made

a~“discounted offer” to you however this is merely a starting point to work downwards from.

3) Has Pharmac indicated to Alexion the price point at which they would be prepared to buy? | know the
present asking price is extremely high, however Alexion would no doubt be willing to negotiate. |
understand that Pharmac may consider that the amount of discount in both percentage and absolute terms
that would be required to meet cost/benefit ratios to then be commercially unviable for Alexion, but given
the sunk development costs for Soliris it’s certainly worthy of discussion with them.




4) Would Pharmac consider a part funding model where perhaps a DHB, another govt dept or NGO shared in
the cost?

5} When does Soliris come off patent?

6) Soliris is starting to make its presence felt in the treatment of other rare diseases, so will Pharmac then
consider each disease separately or consider the patient group as a whole? | would hope (naively perhaps)
that if the patient numbers increased as Soliris is proven effective against other diseases that its asking price
may fall.

Whilst | appreciate that the main reason for the proposal to decline this funding is based on cost, and as stated
above | understand why this would be the case, my feeling is that there should be much more focus on negotiation
with Alexion with the aim to come to an acceptable financial agreement before the final decision to decline this
funding is made by you.

at the same time_ and other sufferers will in the future be directly affected b lecision t
make. Rather than arguing the cost is too high (we both agree on that) | feel that this ss to
of those affected by PNH, Pharmac and Alexion if the cost could be brought down t mercj

level. | believe this could be achievable too if negotiations between the parties d ndertake
provide a very real solution for this very serious and debilitating disease.

Thanks for taking the time to read to this point. As stated | understand your reasons over\tixiost of Soliris h

Yours faithfully

If you receive this message by mistakg,
attachments may be confidential i

not relate to [l official b

immediately and destroy the message. This message and any
is inform ation without || NI Ay information that does
Thank you.



Please email BOTH

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris {eculizumab)
Email: eculizumabfeedback@pharmac.govt.nz

AND

Subject: Submission in response to PHARMAC's consultation on Decision Critera.
Email: opp@pharmac.govt.nz

To Whom it May Concern;

| support PNH patients in New Zealand in their fight to gain access to the Iik& atment So

1 DO NOT support PHARMAC's proposal to decline funding for the Soliris-treatment.

I support the PNH Support Association's proposition for Equity an 'Qf\uich :
et

i. PHARMAC must return to the negotiating table wit of

ii. PHARMAC must negotiate in good faith towar Soliris f@ of 8 NZ PNH patients

iii. PHARMAC must establish fair assessmen e} @'t advice from the international

haematological community, to assess pati

iv. PHARMAC must amend its Operating i o acknowledge the right of rare

“not providing” whatever medical help you can to
make. PHARMAC has the option in “Ill” to discriminate
nt for all but thankfully it is for some.

e you to give them that chance.

A@y@ VV
{SAAPN! NM pati (\E://

O




From: DALy TV

Sent: Monday, 3 June 2013 3:54 p.m.

To: eculizumabfeedback; OPP Review

Subject: proposition_equity_and_fairness_-_email_submission_template.doc
Attachments: proposition_equity_and_fairness_-_email_submission_template.doc

PSS

o
— O«

intended only for use of the addressee(s). @
If you receive this e-mail in error, any use, distribution, of @ @

copying of this ¢-mail is not permitted. You are r

forward unwanted e-mail and address any m@ %

o



Please email BOTH

Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris (eculizumab)
Email: eculizumabfeedback@pharmac.govt.nz

AND

Subject: Submission in response to PHARMAC's consultation on Decision Critera.
Email: opp@pharmac.govt.nz

To Whom it May Concern;
I support PNH patients in New Zealand in their fight to gain access to the Iiﬂ& atment So Iﬁs
eatment.

I DO NOT support PHARMAC's proposal to decline funding for the Solirjs

I support the PNH Support Association's proposition for Equity an
i. PHARMAC must return to the negotiating table wit
ii. PHARMAC must negotiate in good faith towar

iii. PHARMAC must establish fair assessmen

iv. PHARMAC must amend its Operating P
disease patients to access life r
Soliris treatment

‘not providing” whatever medical help you can to
make. PHARMAC has the option in “lll” to discriminate
by fair assessment criteriga nt for all but thankfully it is for some.

s is n
As a non-soliris \ 0 f- you to give them that chance.

i)
(smz pati !y

>
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From:

Sent: Wednesday, 12 June 2013 3:50 a.m.
To: eculizumabfeedback
Subject: Submission to PHARMAC's Proposal to decline a funding application for Soliris

{eculizumab)

To whom it may Concern,

| am a New Zealander and | suffer from PNH. | am

\’ﬁ%" QW/
mhas recently offered é\?ﬁat eni.with Salfiris due to
€ continuing seriousness of my conaition. But should Soliris coxt ot nde&d in New

Zealand, |, my New Zealand-born partner and any future chile ffectively be

oRtinu

AE ay

exiled from our homeland, as once | embark on the drug :’ ent, 'm on it or face life
@ealth which would

threatening consequences.
ed by family, in the

I will therefore be forced to choose my physical h
derive from being able to return to New Zealan
country in which | grew up and spent much of

Soliris (possibly to my detriment) beca
consultation regarding this issue. |AS
commence this treatment whic
also an increased life expec

thded inNew Zealand, this will affect whether |

aced- layed starting treatment with

. ‘Q\ outcome of the current PHARMAC
&

i evme with an increased quality of life and

Since arriving in

H nurse who organises a PNH patient support

group and is &t lephone at all times. She also makes arrangements for the

treatment 91;3 -

Notwiths i at | do my best to manage my continuing symptoms, my PNH clone (which is
80%) ha reduced and my symptoms are becoming more challenging to tolerate.

e most relevant consideration is the ever present risk of thrombosis which | am aware
r at any time with serious and perhaps fatal consequences.




The decision whether to follow my doctors' advice and begln reatme n easy one

for a number of reasons including the requirement to have AN ich | will need to
accommodate into my already full work schedule. @

Most importantly | am of course aware that Soliris i - New Zealand. As 1 am
sure you will be aware, once treatment with Soliris v‘ not be stopped without

and is perhaps the most
mmended treatment. | always

¢ Zee%@a]nd should | be prevented from returning to the land of my

\A}":t le to reside in the same country.

a2 lucky enough to be able to have (I understand that pregnancy is
rs who are undergoing Soliris treatment) will therefore be prevented
, knowing any of their grandparents or other family members.

Apart fro portant personal consequences this presents, from a professional perspective, |
had alsohoped\o utilise the wealth of knowledge and experience | have gained while working in
, on my return to New Zealand.

| urgMo reconsider your stance on the funding of this drug. | can’t imagine how stressful it
must be for the other New Zealanders with PNH and their families who are having to deal with this
illness, knowing that there is a drug which could increase their quality of life and also their life
expectancy but not having access to it.



I support PNH patients in New Zealand in their fight to gain access to the life saving treatment
Soliris.

| DO NOT support PHARMAC's proposal to decline funding for the Soliris treatment.
| support the PNH Support Association's proposition for Equity and Fairness which states:

PHARMAC must return to the negotiating table with the supplier of the Soliris treatment

PHARMAC must negotiate in good faith toward funding Soliris for a minimum of 8 NZ PNH
patients

PHARMAC must establish fair assessment criteria, based on expert advice from the
international haematological community, to assess patient need for the Soliri &
f

PHARMAC must amend its Operating Policies and Procedures to ac
rare disease patients to access life restoring and life saving treatments as

of the Soliris treatment /\{
| would be happy to provide further information should this be ired

TS
— @
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