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Please also see my responses in the colour red, below. 
 
 
Seeking your feedback 
 
PHARMAC is seeking feedback specifically from stakeholders who have been involved in the RFP 
process. We are seeking your views on how well the funding process met the above criteria to feed 
into the evaluators assessment of the process. We are also interested in your reflections on how 
PHARMAC ran the process. PHARMAC will be asking the evaluator to provide an objective summary 
of how well stakeholders viewed the undertaking of this process. The evaluator may choose to follow-
up or seek clarity on any feedback you provide if they feel this is necessary. 
 
The questions below are intended to guide your thinking in providing feedback. 
 
1. Please provide your thoughts based on your knowledge and experience in being involved 
in the RFP, as to how the process met the criteria: 
 
a. How well do you think that the RFP has improved access to effective pharmaceutical treatments 
has improved?  
 
For Pompe disease there has been ZERO improved access for current Pompe disease patients. 
 
b. How have health outcomes improved for those patients who have received funded treatments via 
the RFP? 
 
Health outcomes for Pompe disease patients in New Zealand have not improved at all. Funding was 
given for infantile Pompe disease patients, but we don’t have any infantile patients currently. 
 
c. How has the financial risk of running this RFP been managed by PHARMAC? 
 
I don’t know the answer to that question. I would suggest auditing Pharmac. 
 
d. How has running this RFP process impacted on the types of commercial proposals for eligible 
treatments received by PHARMAC, compared to those received in the past? 
 
It hasn’t!  Companies had the same opportunity in the past to present their treatment options to 
Pharmac.  That hasn’t changed at all. 
 
e. Has running this RFP impacted on PHARMAC ability to negotiate good process for the rest of the 
Pharmaceutical Schedule? 
 
NO, not at all! 
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Some comments from an article I did for the local newspaper. 

 Way to go Mrs lock you keep fighting I’ll sign a petition any time. National you 

wasted 26 million on a stupid flag yet you won’t fund these things so our people can 

live. On your bike National. 

 New Zealand lacks so many modern drugs and treatments! Having travelled 

extensively and having had first hand experience of medical treatments in other 

countries, I feel that we are just not up to date, and/or providing much needed drugs in 

this country- so Pharmac needs to lift its game for the needs of the community! 

 New Zealand Gov’t & Pharmac, get with the times. These are real people with a great 

need for help. They deserve your consideration & assistance. Your decision is 

shameful. 

 During Donald Trump’s address to Congress, Megan Crowley was applauded as a 

Rare Disease survivor. She has survived Pompe disease because she has received 

Myozyme for the last 12 years. It seams that New Zealand sees rare diseases as an 

inconvenience and puts no value on the lives of its suffering citizens. 

 

As you can see, there is very little to be impressed about regarding Pharmac’s faux effort to find a 

way to fund rare disease medications. 

 

Yours sincerely 

 

Allyson Lock 

President 

New Zealand Pompe Network 
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Yours sincerely  
  
Kathryn Evans Country Manager, Australia  
  
References: Furujo, M., Kubo, T., Kosuga, M., & Okuyama, T. (2011). Enzyme 
replacement therapy attenuates disease progression in two Japanese siblings with 
mucopolysaccharidosis type VI. Molecular Genetics and Metabolism, 104, 597–602.  
Giugliani, R., Lampe, C., Guffon, N., Ketteridge, D., Leão-Teles, E., Wraith, J. E., . . . 
Harmatz, P. (2014). Natural history and galsulfase treatment in mucopolysaccharidosis 
VI (MPS VI, Maroteaux–Lamy syndrome)—10-year follow-up of patients who previously 
participated in an MPS VI survey study. American Journal of Medical Genetics Part A, 
164(8), 1953-1964. doi:10.1002/ajmg.a.36584 McGill, J. J., Inwood, A. C., Coman, D. J., 
Lipke, M. L., de Lore, D., Swiedler, S. J., & Hopwood, J. J. (2009). Enzyme replacement 
therapy for mucopolysaccharidosis VI from 8 weeks of age – a sibling control study. 
Clinical Genetics, 77, 492-498.   
 









 

A1038845   1 

Good morning, 

 

Thank you for the opportunity to provide feedback on rare disorders RFP/Contestable 

Fund trial. 

 

From our perspective as a patient organisation we can offer valuable feedback on 1a and 

b, and 2  for the introduction of Firazyr as follows: 

 

1. Please provide your thoughts based on your knowledge and experience in being 

involved in the RFP, as to how the process met the criteria:  
 

a. How well do you think that the RFP has improved access to effective pharmaceutical 

treatments has improved?  
 

b. How have health outcomes improved for those patients who have received funded 

treatments via the RFP? 
 

For HAE patients, the impact of having a life saving treatment available to them on their 

person is nothing short of life changing.  Patients have reported to us a significant 

increase in their quality and enjoyment of life for both themselves and those around them 

-  their carers, families, businesses and colleagues.   

 

There is a real benefit to treating an HAE attack early, preferably in the first 1-2hrs of 

symptoms appearing.  Treating at this time means the attack can subside quickly in hours 

rather than days.  

 

Having quick acting treatment available supports not only patients but the support people 

in the patients life who often carry the burden during an attack that can cause the sufferer 

to be unable to contribute to their home life, workplace or school.   

 

Being able to treat at the immediate onset of an attack at home or wherever they are 

means that these patients can continue their normal activities and lives.  It also removes 

the significant anxiety of having a life threatening attack and not being close enough to 

treatment.  

 

Having access to home treatment also means patients do not have to present at the 

emergency department and  therefore saves time and healthcare costs in reduced hospital 

admissions. 

 

2. Please provide any feedback you may have about your experiences of being involved 

in the process. For example; was the RFP easy to understand, did you feel you have the 

opportunity to input into the process, did you feel well informed throughout the 

process. 
 

The RFP process was very well managed from our perspective. We were sought out and 

engaged by Pharmac and kept involved throughout the process. We were well informed 

and communicated with. 





6 March 2017         

Rare Disorders Funding Pilot 

The mission of Cystic Fibrosis New Zealand (CFNZ) is to optimise quality of life for people 
with cystic fibrosis and their families – striving for normal life expectancy. 
Our organisation supports around 500 children and adults with cystic fibrosis (CF) and 
their families by providing a wide range of care from fieldworker assistance, information, 
welfare grants to providing nebulisers and advocating on behalf of the CF community. 
One of CFNZ’s goals is to negotiate with Pharmac for feasible funding options to make all 
key CF medications and treatment that are available globally available in New Zealand, 
with a view to achieving world class standards. 
 

Thank you for the opportunity to respond to Pharmac’s Rare Disorders Funding Pilot. 

Cystic fibrosis medications were not used for the pilot however Cystic Fibrosis New Zealand 

can see it was a worthwhile exercise and we note some benefits have resulted including the 

addition of more medication for rare diseases to the Pharmaceutical Schedule. 

We would like to provide some general points in relation to how this system might affect 

CFNZ and also from feedback speaking to other rare disease organisations. 

Cystic fibrosis is generally classed as an orphan disease but the majority of our community 

don’t meet the requirement for rarity under this pilot criteria. CFNZ believes the funding 

pool should be widened to include all genetic types of cystic fibrosis conditions.  

There are some rare forms of CF, including those who have the G551D gene which affects 30 

New Zealanders (about one in 156,000 people in NZ), which are likely to meet the criteria 

for “ultra-orphan” status. However, the medication ivacaftor, which helps to repair the 

mechanism of the faulty G551D gene, remains unfunded in New Zealand. We know that 

negotiations with the manufacturer Vertex have stalled. Even if this genetic form of cystic 

fibrosis did obtain funding from the contestable fund, $5 million a year would not be 

enough to cover treatment costs. 

One of CFNZ’s biggest concerns with a policy to foster increased competition between 

pharmaceutical companies is that it while it sounds promising in theory it is unlikely to 

improve access to new medications for cystic fibrosis and other rare diseases because often 

there is no competition in the market. 

 Vertex, which also produces lumacaftor, that could treat a large percentage of people with 

CF, has no direct competitors at this stage nor do they have a range of medicines for other 

disorders to help bargain with. A generic medicine for these products is not on the horizon. 

Products like pulmozyme, which is manufactured by Roche and has been available since 
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Rebecca Elliot 

Senior Policy Analyst  

PHARMAC  

 

Dear Rebecca 

 

Re: Feedback on PHARMAC’s rare disorder funding pilot 

 

We are providing feedback on behalf of the Muscular Dystrophy Association of New 

Zealand (MDANZ), which is a member led organisation representing over 2000 

members nationwide living with neuromuscular conditions, the majority of which are 

rare disorders. MDANZ aims to ensure individuals affected by these conditions have 

access to pharmaceuticals for the treatment and management of their conditions.   

  

Firstly, we wish to applaud PHARMAC for taking the necessary steps to establish a 

contestable fund specifically to improve access to high cost medicines for rare 

disorders.  

 

Secondly, we are supportive of the work done to facilitate funding of medicines for 

rare disorders and we also wish to advocate for a continuation of, and an increase in 

funding of the orphan drugs funding pool as there remains unmet need within this 

population. We urge you to consider how any extra funding given to PHARMAC in 

through the government budget can be utilised for people with rare disorders. 

 

In response to the evaluation criteria we are unable to comment on criteria c, d and e 

as we are not cognisant of this level of detail of PHARMAC’s operations however our 

responses to 1.a,b and 2 are detailed below: 

 

1.a We believe the Request For Proposals (RFP) has improved access to effective 

pharmaceutical treatments and we would like to see this rate of improvement 

increase. 

 

We wish to note that in addition to directly benefiting individuals with rare 

conditions, increasing funding in this pool has achieved the secondary benefit of 

attracting pharmaceutical companies back to the New Zealand market, who would 

otherwise have not had an opportunity to apply to PHARMAC for funding for orphan 

drugs. 
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1.b We have not had any direct experience of how health outcomes have improved 

for those patients who have received funded treatments via the RFP as none of the 

treatments listed are for people with neuromuscular conditions, with the exception of 

the listing of Alglucosidase alfa (Myozyme) for infantile-onset Pompe Disease (listed 

from 1 December 2016). We are reassured and relieved of significant concern and 

anxiety with the listing of Myozyme for infantile-onset Pompe disease, however we 

are, obviously, unable to comment on whether this has improved health outcomes as 

at the time of writing there are no patients within New Zealand with infantile-onset 

Pompe disease.  It is an ongoing concern for the adult population with Pompe 

disease, that they have been denied funded access to Myozyme via PHARMACs 

process. 

 

2. Overall, our experience of being involved in the process has been positive. We 

think that the RFP is relatively easy to understand, however we think that by 

increasing the number of points in the process where the community-based support 

organisations are contacted and / or provided with information or opportunities for 

input should be increased. We note that at times the information provided about the 

RFP has been ambiguous and has led to misunderstandings and the need to seek 

further clarification from amongst community-based support organisations. 

 

In addition, we highlight that the high threshold set for what PHARMAC considered 

‘rare’ in its defining criteria means that some rare and potentially severe conditions 

miss out.  We also wish to see the application process happen within shorter time 

frames due to the sense of urgency and the nature of these conditions. 

 

Our final comment is regarding the formula for assessing the cost effectiveness of a 

treatment.  This should be more flexible in the instance of rare disorders, where small 

numbers of recipients may benefit from a high amount of investment.  This is 

fundamentally different from a high volume/population based funding model.  

 

Thank you for the opportunity to give feedback at this time.  We are happy to be 

contacted for further input in the future.  

 

Yours sincerely 

 

 

Ronelle Baker   Miriam Rodrigues 

Chief Executive   Programme & Service Advisor  
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File note 9 February 2017 
 
Meeting with NZORD and PHARMAC re rare disorders pilot evaluation 
 
Attendees: Letitia O’Dwyer (NZORD), Jude Urlich, Angela Mansell, Rebecca Elliott 
(PHARMAC) 
 
Meeting notes 
 

 Patient groups that NZORD represent have noted that the turn-around time for 
funding decisions through the RFP process was lengthy. 

o Suggestion was made by NZORD to represent the process and time 
taken for applications through a flow-chart diagram showing different 
stages as part of the evaluation (eg RFP close, clinical advice obtained, 
ranking completed, negotiations completed, consultation period, 
decision notified, listing date), and dates Medsafe registration applied 
and approved (if relevant). 
 

 Some patient groups represented by NZORD felt that there was a lack of 
transparency from PHARMAC around where in the process certain funding 
applications, through the RFP, were.  The importance of personalised feedback 
to particular patient groups was reiterated.  It was acknowledged that this did 
take place with some patient groups as part of this process. 
 

 Some patient groups were unclear why some rare disorders received funded 
treatments yet others with comparatively larger patient populations (albeit still 
rare) were not. PHARMAC noted that it was not possible to release information 
as to whether bids were received for those, and that it may be difficult for an 
evaluator to make any comment in that respect. 
 

 NZORD suggested the role of a rare disorders PTAC sub-committee on an 
ongoing basis would be beneficial, noting the specialised nature of rare 
disorders and their potential treatments. 

o It was noted that there was a lack of visibility about the composition of 
clinical expertise in committees 

o It was suggested by NZORD that external clinical advice could also be 
bought in to provide clinical advice where appropriate and necessary 

  PHARMAC noted that the evaluator could be asked to include information on 
the composition of the clinicians who provided advice throughout the process. 

 

 NZORD noted the potential benefits of the RFP was that new suppliers to NZ 
were bought into the market, with potentially larger rare disorders product 
portfolios than currently available for future funding applications.  PHARMAC 
noted that while this would not be a benefit of the RFP itself, it could possibly be 
noted by the evaluator as a consequential benefit overall. 
 

 NZORD suggested that PHARMAC could have communicated more effectively 
to patient groups about the process and why decisions were made. 

o PHARMAC noted the trade-off to be made around transparency and 
commercial sensitivity in such commercial negotiations (eg. cannot 
reveal all of the products where commercial bids were made, nor the 
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names of the companies that were not conforming).  PHARMAC 
welcomed any comments on that aspect. It was noted that the 
evaluation might usefully explain the differences between a funding 
application where the name of the supplier, the product and the 
indication are all identified at the point of application;  a regular RFP 
process where even the presence or absence of bids is confidential and 
there is no awareness until consultation on a specific provisional 
agreement occurs; and the rare disorders RFP which provided for the 
names of suppliers but not the products nor the total number of bids per 
supplier (although the total number of bids overall was released). 
 

 NZORD asked about the allocation of funds for rare disorders in the future, 
noting the $25m over five years as part of this process, and the visibility of this 
for the Minister. 

o PHARMAC outlined that there are no ring-fenced funds and the 
additional money is part of PHARMAC’s combined pharmaceutical 
budget 

o It was noted that the Minister is aware and will be informed of the 
outcome of the evaluation.  It was also noted that the PHARMAC Board 
is the decision-maker. 
 

 PHARMAC noted there was a risk that stakeholders may perceive the evaluation 
to be deficient if it did not include any information on ‘what next?’  NZORD noted 
that it would be important to ensure that people were very clear as to the nature 
of the evaluation. 










