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» Presentations will be made available on the CAPT web
site after the conference.

» An evaluation survey will be sent out after the
conference.

» Feedback on this session and the whole event would be
greatly appreciated.
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» CAPT has received funding from Alexion AstraZeneca Rare
Diseases Canada to support this panel session.

» Dr. Glennie is a consultant to a number of pharmaceutical
companies with products in the rare disease space.

» The Institute of Health Economics (IHE) is a not-for-profit
organization funded through grants and commissioned work
from public and private sector partners.




Today’s Objective

» To provide an overview of the Canadian rare disease (RD)
policy ecosystem

» To discuss the development of an initiative to identify and
fill the policy development gaps to ensure informed
decision making

» Perspectives: patients, clinicians, and policy makers




Speaker Introductions

J

» Dr. Rebeccah Marsh - Director, HTIP, Institute for
Health Economics

» Dr. Gail Ouellette - RQMO and Co-chair, Health
Canada Implementation Advisory Group (IAG) for
the National Strategy for Drugs for Rare Diseases

» Dr. Hernan Gonorazky - Neuromuscular Program
Coordinator, The Hospital for Sick Children

» Marcel Saulnier - Health policy consultant and
former Associate ADM, Strategic Policy Branch,
Health Canada

» Dr. Judith Glennie - J.L. Glennie Consulting Inc.
(moderator)




Agenda:

1. Overview of the Canadian RD Ecosystem
2. Overview of Policy Observatory (PO) Concept

3. Respondents
1. Patient perspective
2. Clinician perspective

3. Policy maker perspective

4. Audience Q&A




Overview of the Canadian RD
Ecosystem

Dr. Judith Glennie




Background: Canadian Rare Disease
Policy Context

+ Takeda RD health system readiness report (August 2024)

KCADTH RWE Guidance Working Group (August 2022) /

ﬁcent RD Initiatives \
« Canadian Organization for Rare Disorders (CORD) Rare Disease Strategy (May 2015)

Supplemental process for complex/specialized drugs (October 2018)

pPCPA Brief: Barriers to Access Treatment and Drugs for Canadians Affected by Rare Diseases and
Disorders (December 7, 2018)

Report of the Advisory Council on the Implementation of National Pharmacare (March, June 2019)
Health Canada National Strategy for High-Cost Drugs for Rare Diseases (January 2021; on-going)
CADTH RD HTA processes environmental scan (May 2021)

Takeda RD international landscape report (December 2021)

Quebec Policy for Rare Diseases (June 6, 2022)

CADTH Multistakeholder Engagement Strategy to integrate RWE into decision-making about care for
rare disease (June 2022)

CADTH RWE for RD Best Brains Exchange Report (August 2022)

Academic Groups

Promoting Rare-Disease Innovations through Sustainable Mechanisms (PRISM) research initiative

UBC Emerging Research Cluster on Reimbursement and Pricing Policy for Drugs for Rare Diseases



http://www.prismfive.org/
https://rare-diseases.ca/

Canada’s Federal Rare Disease
Strategy (March 2023)

Jean-Yves Duclos &
) @jyduclos

Canada's first-ever National Strategy for Drugs for Rare Diseases is here!
We are committing $1.5B over 3 years to improve access and
affordability to the effective drugs that those living with #RareDiseases
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drugs for rare diseases

Improving Access to Affordable &
Effective Drugs for Rare Diseases

The National Strategy for Drugs for Rare Diseases will support:
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Quebec Rare Disease Plan of
Action (May 1, 2023)

e Aim:

« To improve the quality of life of people with rare diseases and their families by addressing thei
hhea_llt?carﬁ needs through coordinated efforts among healthcare professionals, patients, and
their families.

* Funding: $17 million

« 3 pillars:

« Raising awareness and training among health professionals to improve their expertise in
identifying and caring for patients with rare diseases

 Facilitating and providing equitable access to diagnosis, care, and services for people with rare
diseases

« Promoting research and innovation to improve the understanding and treatment of rare
diseases

* Implementation timeline: May 2023 - 2027
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What is the unmet need?

» A number of Canadian rare disease (RD) initiatives
underway
» BUT - there are no programs specifically targeting RD policy

research, particularly as it relates to medication access and
reimbursement policies

» Need for new thinking, new processes, and combined
effort in policy research to move the Canadian RD
ecosystem forward in an evidence-informed manner




EXAMPLE: SPANISH POLICY OBSERVATORY ALEXION

AstraZeneca Rare Disease
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https://www.canalsur.es/television/programas/despierta_andalucia/detalle/13352949.html?video=1736207&sec=

Focus for today....

» Introduction of the Canadian Rare Disease Policy Observatory
(PO) concept

» Serve as an evidence-support organization for rare disease
policy

» Provide a key tool for long-term policy research and stakeholder
engagement

Policy Observatory — “an evidence-support

organization for rare disease policy”




Proposal - A Canadian Rare Disease
Policy Observatory

Dr. Rebeccah Marsh




Canadian Rare Disease Policy Observatory

Improved and equitable health outcomes for people
impacted by rare diseases.

Lead a coordinated effort to prioritize and address key
policy issues that will enhance equitable and sustainable
access to and reimbursement of innovative therapies for
rare diseases.

18



Objectives of the Policy Observatory

1 ) ALIGN policy efforts in the rare disease space

2 | ADVANCE regulatory and reimbursement policy solutions

3 | EVALUATE the impact of policy initiatives and investments



Types of observatory activities

Policy Research & Analysis

Generating evidence-based insights to inform
rare disease policies

@ Policy Engagement & Dialogue

Facilitating stakeholder discussions to identify,
align on, and prioritize policy issues and solutions

(90

X

Policy Strategy

X

X0

Developing actionable strategies to
implement effective and sustainable policies

2@: Collective Learnings

-—
-

Collecting and disseminating best practices
and lessons learned



Principles guiding the work

EVIDENCE-BASED POLICY SYSTEMS THINKING GLOBAL PERSPECTIVE, LOCAL IMPACT

Ground policy options in robust ~ Consider interconnections Learn from international best

real-world evidence and across sectors and how practices while tailoring solutions

research changes affect the broader to Canada’s unique context
system

SOLUTIONS FOCUSED SUSTAINABILITY EQUITY, DIVERSITY, INCLUSION

Move beyond identifying Support policies that are Focus on disparities in access and
problems to prioritize actionable  effective, affordable, and outcomes and ensure diverse
and practical solutions sustainable long-term representation and inclusivity



Draft theory of impact

Improved and
equitable health
outcomes for
patients, families,
and communities




Cross-sector, multi-disciplinary initiative
Convened by neutral, independent non-profit organization

POLICYMAKERS PATIENT GROUPS

HEALTHCARE
PROVIDERS MANUFACTURERS
RESEARCHERS REGULATORS



A Patient Advocate
Perspective

Dr. Gail Ouellette
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A Clinician Perspective

Dr. Hernan Gonorazky




A Policy-Maker Perspective

Marcel Saulnier




Audience Q&A




Wrap-up




Key Take-Aways For Today

» CALL TO ACTION:

» Interested parties should engage with IHE and support the PO
in an effort to align RD policy development efforts and advance
regulatory and reimbursement policy solutions.

» IMPACT:

» A Canadian Rare Disease Policy Observatory would help
identify, prioritize, and fill-in the policy development gaps in
support of informed decision making.




Housekeeping - Reminders

» Presentations will be made available on the CAPT web site
after the conference.

» An evaluation survey will be sent out after the conference.

» Feedback on this session and the whole event would be greatly
appreciated.




Thank You!

» Thank you to our panelists!

» Thank you to our audience!

» Thank you to CAPT for this opportunity!




Thank You!
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