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Brennen Young

Director

Policy and Strategic Planning
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Treasury Board Secretariat

Government of Canada

Email: RCD-DCMR@tbs-sct.gc.ca

Subject: Regulatory modernization — Request for stakeholder comments

Dear Mr. Young,

On behalf of The Canadian Forum for Rare Disease Innovators (RAREi), we appreciate the

opportunity to provide input for consideration as part of the Treasury Board Secretariat’s

Regulatory Modernization Initiative.

RAREi – Canada’s Forum for Rare Disease Innovators is a network of Canadian

biopharmaceutical companies
1
that are committed to improving the lives of patients around the

world living with rare disorders by researching, developing and commercializing rare disease

treatments. Our objective is to affect positive policy change in the Canadian health care system

to improve the health of Canadians with rare disorders and improve patient access to orphan

medicines.

Collectively, we support the federal government’s efforts to reduce red tape and streamline

regulations in the health and biosciences sector. As pharmaceutical companies, we appreciate

the role of a robust and agile regulatory regime. In our experience, patients benefit from a

regulatory environment that supports the research, development and commercialization of new

therapies. In particular, we support regulatory reform that succeeds in increasing the certainty of

the business environment and supporting patient access to new therapies.

In that light, we are concerned that the scope of the recently announced reforms to the federal

regulation of patented medicine prices is inconsistent with the goals of the government’s

regulatory modernization initiative. The new regulations significantly alter the way that the

Patented Medicine Prices Review Board (PMPRB) regulates the prices of patented medicines,

and represent a substantially increased regulatory burden on patentees.
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Pharmaceutical (Canada) Inc., Horizon Therapeutics Canada, Ipsen Biopharmaceuticals Canada Inc., Mitsubishi

Tanabe Pharma Canada, Inc., Recordati Rare Diseases Canada Inc., Sobi Canada, Inc., and Vertex

Pharmaceuticals (Canada) Inc.
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The reforms, which were announced recently as part of the groundwork the government is

undertaking in support of a national pharmacare program, represent a wholesale change in the

PMPRB’s mandate and the nature of the oversight role that it has traditional ly played in

ensuring that Canadian process for patented medicines are not excessive. This is occurring

despite the fact that the proportion of national health costs represented by patented medications

has been stable for more than a decade at 6.4%.
2

As the new regulations have just been published, the PMPRB is poised now to undertake a

related consultation on the guidelines that will provide direction to the board regarding its

implementation of them.

These changes are aimed at significantly reducing the list price of innovative medicines but,

because of the approach taken, they will impose a lengthy, highly bureaucratic and potentially

unworkable regulatory burden on all innovative pharmaceutical companies operating in Canada,

and could deter other companies from bringing new medicines to Canada in the future.

Cumulatively, they will have a significant impact on patient access to new therapies. Those

challenges will be particularly damaging to rare disease innovators, many of which are

Canadian biotechnology companies focused on meeting the needs of people coping with

orphan diseases. For rare disease patients, they are expected to dramatically reduce the

availability of new therapies.

These diseases are often severe conditions that affect a very small proportion of the population

– a common definition for a rare disease is one that affects fewer than one in 2,000 Canadians.

Compared to other disease areas, Canadians with rare disorders already face unique

challenges, including substantial barriers to obtaining the treatments they need. In particular, the

Canadian pharmaceutical review and approval system lacks sufficient flexibility to properly

account for the distinct development characteristics of creating innovative treatments for

conditions affecting small numbers of patients.

To put things in perspective, the academic literature consistently demonstrates that rare disease

therapies are launched in Canada later than in the United States and/or Europe and, in many

cases, are not even available for patients in Canada. A recent review noted that more than 95%

of medicines for orphan diseases receive regulatory approval in Canada after approval in the

United States or Europe, with a median delay of 340 days.
3

That is because none of the elements of the lengthy Canadian pharmaceutical review and

approval system – including regulatory review and approval, pricing review, health technology

assessments, product negotiation processes and funding frameworks – are organized

appropriately to account for the distinct nature of the development process for medications

designed to treat small patient populations. Canada is virtually alone globally in resisting the

introduction of tailored review processes and incentives to encourage manufacturers to develop
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and commercialize rare disease treatments. These new regulations will only exacerbate an

issue that the rare disease community has been trying to resolve for many years.

For rare disease innovators, the most concerning aspect of the changes is the requirement that

the PMPRB’s pharmaceutical price review process rely on cost-effectiveness analyses

produced by Canadian health technology agencies (either the Canadian Agency for Drugs and

Technologies in Health or Quebec’s Institut national d'excellence en santé et en services

sociaux). Setting non-excessive price thresholds by relying on these evaluations is extremely

problematic for medicines developed for small populations because of greater uncertainty in

producing clinical data and higher per-patient costs. Such assessments are already heavily

skewed against rare disease treatments. Moving these cost-effectiveness considerations into

the price assessment process will have a significant negative impact on patient access.

Ultimately, we believe that determinations of a medication’s value should be left to the

pharmacare program administrators – not a federal price regulator, whose regulatory mandate

is limited to ensuring that the maximum prices are not excessive.

RAREi is committed to patient access to new rare disease treatments. To ensure that rare

disease patients are not disadvantaged by the new regulatory regime for patented medicine

pricing, we encourage the government to carefully review it from this perspective. Regulatory

modernization that supports a thriving health and biosciences sector is essential to Canada’s

economy and patient health. In our view, this specific approach to reducing patented medicine

prices is counter-productive to that vision.

We hope this feedback has been helpful. Please don’t hesitate to reach out to us for additional

insights or clarification if required.

Sincerely,

Bob McLay,

Chair, RAREi

General Manager, Canada, Sobi Canada


