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INTRODUCTION

Regenerative medicine is changing what is possible for
patients with rare and ultra-rare conditions, severe injuries
and previously intractable illnesses. Cell and gene therapies,
tissue-engineered therapies, antisense oligonucleotide
therapies and other emerging approaches are no longer
distant scientific concepts; they are moving into clinical trials,
specialized hospital settings and, in some cases, patient care.

Canada has the science, clinical expertise and
emerging infrastructure to help lead this shift. Canadian
researchers and institutions are contributing to
therapies and trials that could transform lives, including
an adeno-associated virus (AAV) gene therapy for a
fatal neonatal lung disease, a tissue-engineered Self-
Assembled Skin Substitute (SASS) for severe burns,
and an antisense oligonucleotide (ASO) therapy

for a pediatric neurodevelopmental disorder.

But the pathway from discovery to patient access is
not keeping pace. For therapies serving very small
populations, the conventional model — academic
discovery, commercial sponsorship, large clinical trials,
regulatory approval, health technology assessment,
price negotiation, reimbursement and routine

delivery — often breaks down. Requirements for
evidence, manufacturing, quality, funding and delivery
remain high, while patient numbers are small and
conventional commercial returns may be limited.

This matters now. In a more competitive and
uncertain global environment, countries are moving
to strengthen domestic life sciences capacity, health
security, biomanufacturing and commercialization.

If Canada cannot connect its research, regulatory,
manufacturing, reimbursement and adoption
systems more deliberately, promising therapies may
advance elsewhere while Canadian patients wait.

The science is strong. Now Canada must ensure its
regulatory, access and adoption systems are ready to act.

CORE MESSAGE

Canada has world-class regenerative
medicine science, clinical expertise,

emerging biomanufacturing infrastructure

and talent. What is missing is a
coordinated pathway that helps promising
advanced therapies move from discovery
to clinical evidence, manufacturing,
authorization, reimbursement, adoption
and patient access in Canada —

while retaining more intellectual

property, trials, manufacturing,

companies and investment here.

Terminology note: This report uses “regenerative medicine” to describe the broader field SCN supports and “advanced therapies” as an umbrella
term for the cell and gene therapies, tissue-engineered therapies, antisense oligonucleotide therapies and related emerging approaches

discussed at the workshop. Specific terms are used where needed to reflect a case study, regulatory pathway or workshop discussion.



http://stemcellnetwork.ca

ABOUT THE JUNE 2026 WORKSHOP

On June 18-19, 2026, the Stem Cell Network convened a national
workshop in Ottawa to examine a practical question: what will it take

to move promising Canadian regenerative medicines for small patient
populations from the laboratory to patients? The purpose was to develop
actionable recommendations that strengthen Canada’s ability to translate
research and innovation into timely, equitable access and adoption.

This process was designed to move beyond so advanced therapies, including those developed
cataloguing barriers. Participants were asked to identify in Canada, can reach patients while retaining more
what would need to change across the pathway health, scientific and economic value in Canada.

WORKSHOP PROCESS AND PARTICIPANTS

WHO PARTICIPATED Nearly 50 leaders participated, representing researchers and clinicians; patient
partners and health charities; industry, manufacturers and non-profit organizations;
regulators; health technology assessment (HTA) and reimbursement bodies; and
policy leaders. Together, they brought perspectives from research, clinical care,
patient and community leadership, manufacturing, regulation, reimbursement, access
and public policy.

HOW THE WORKSHOP A pre-workshop survey informed the discussion. Participants then used three

WAS CONDUCTED Canadian case studies — an adeno-associated virus (AAV) gene therapy for a rare
newborn lung disease, a Self-Assembled Skin Substitute (SASS) tissue therapy for
severe burns, and an antisense oligonucleotide (ASO) therapy for a rare pediatric
neurodevelopmental disorder — to test barriers across three domains: clinical/
regulatory/HTA; manufacturing and production; and access and adoption. Plenary
discussion, breakout work and report-backs were used to identify practical solutions.

HOW FINDINGS AND The findings and recommendations in this report reflect common themes that

RECOMMENDATIONS emerged across the survey, the three case studies and workshop discussions. They

WERE SYNTHESIZED are intended as an ecosystem-level synthesis, not the perspective of a single therapy,
organization or participant.
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WHY THE SCALE OF RARE DISEASE MATTERS

Rare diseases collectively affect millions of Canadians, yet most conditions still lack an effective
treatment. The workshop used this scale to frame the urgency: advanced therapies can create options
for very small populations, but only if development, manufacturing, evidence, funding and delivery
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systems can support them.

7,000-'_ Known rare diseases 1 in 12 E;Ziiiigiggiited

<1 OO/ of rare diseases have an
O approved treatment globally

PATIENT + CAREGIVER VOICE
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Access to gene therapy has completely
changed my children’s lives.”

At the workshop, Charmain Brown,

caregiver advocate and member of SCN’s
Patient Committee, shared her family’s
experience navigating diagnosis, clinical

trials, advocacy and access to gene therapy
for her two children. Both were diagnosed

with retinitis pigmentosa, a group of rare,
inherited genetic eye disorders that cause the
light-sensitive cells in the retina to slowly break
down, leading to progressive vision loss.

Her story grounded the workshop in what
delayed access means for patients and families.
Even after a therapy existed, had been approved
and demonstrated benefit, her family faced years
of uncertainty while reimbursement and access
decisions were resolved. During that time, her
children and family had to advocate publicly for
access to a treatment that could halt further vision
loss. Charmain's experience reinforced three
messages that carried through the workshop:

Patients and families often bear
the burden of system navigation;

Approval without timely funding
is not true access; and

Equitable access must account for geography,
travel, diagnosis, information, family capacity
and the realities of living with a rare condition.

Her message to participants was clear: the
work of building better pathways is not abstract.
It determines whether scientific progress
reaches the people it is meant to help.
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Three Case Studies Exploring Canada’s
Readiness for Advanced Therapies

The workshop used three case studies involving
Canadian research, clinical expertise, infrastructure
and patient access challenges to test where Canada’s
current systems support — or fail to support —
advanced therapies for small populations.

THERAPY STAGE UNMET NEED POTENTIAL IMPACT
AAV gene therapy for rare Preclinical Rare genetic surfactant disorders  Potential one-time, life-
neonatal lung disease in newborns; current treatmentis  saving treatment when

restricted to lung transplant.
Lead Investigator: Dr. Bernard g P

Thébaud, The Ottawa Hospital

intervention is early.

SASS tissue therapy Phase I/l Current care relies on painful
for severe burns clinical trial, autologous skin grafts, repeated
(pro-longed) surgeries, scarring and prolonged

Lead Investigators: Drs. Lucie
Germain and Véronique
Moulin, Laval University

recovery.

Permanent bilayered skin
replacement with reduced
graft rejection and scarring.

ASO therapy for rare, pediatric  Active, single- PACS1 neurodevelopmental
neurodevelopmental disorder patient study disorder with no disease-

in Canada modifying treatment.
Lead Investigators: Dr. Gregory fying

Costain and Eriskay Liston,
The Hospital for Sick Children

Potential improvement
in core symptoms,
including communication
development.
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WHAT THE THREE CASES
TESTED IN THE PATHWAY

The three cases were deliberately different in development stage,
manufacturing model, treatment setting, route of administration and
funding pathway. That variation helped participants test whether
the same system barriers recur across very different types of
advanced therapy development, delivery, and access challenges.

CASE STUDY KEY PATHWAY ISSUES TESTED

AAV gene therapy for  The therapy is an in vivo AAV-mediated gene-replacement approach for rare genetic

rare lung disease disorders of surfactant protein metabolism in newborns. It is preclinical, likely single-dose,
and would require delivery and monitoring in specialized neonatal intensive-care units.
The workshop used it to test rapid diagnosis and eligibility screening, early regulatory/CMC
alignment, access to specialized vector manufacturing, hospital readiness and training,
public funding for a potentially high-cost one-time therapy, and coordinated long-term
follow-up. The case also highlighted the importance of early treatment when delay may
remove the therapeutic window.

SASS tissue therapy The Self-Assembled Skin Substitute (SASS) is a tissue-engineered autologous skin

for severe burns therapy for severe second- and third-degree burns, including pediatric patients with
limited donor skin. It is in a prolonged Phase I/ll clinical program and relies on hospital/
academic manufacturing. The case tested the approximately two-month manufacturing
period, specialized cell-production capacity, transport and handling, coordination with burn
units and surgical grafting, rehabilitation and long-term monitoring, and the challenge of
funding both production and the broader episode of care. It also illustrated how low-volume
manufacturing capacity can be essential even when a conventional commercial market

is weak.
ASO therapy for The PACS1 antisense oligonucleotide therapy is being delivered through an active single-
rare, pediatric patient study in Canada using a non-profit manufacturing model. Treatment requires
neurodevelopmental intrathecal administration in a specialized pediatric hospital, general anesthesia/image-
disorder guided procedures, repeated dosing approximately every 12 weeks and long-term follow-

up. The workshop used it to expose the sponsor-like infrastructure required for an N-of-1
therapy: regulatory strategy, ethics, CMC and manufacturing, clinical-site start-up, data
collection, funding, reassessment and planning for what happens beyond the first patient.
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WHAT THE WORKSHOP FOUND

Six common findings emerged across the survey, case
studies and workshop discussions. Together, they point
to a system problem rather than a single regulatory,
manufacturing or reimbursement barrier.

PROBLEM

SO WHAT?

WHAT IS NEEDED

The pathway
is fragmented.

Innovators encounter regulatory, evidence,
manufacturing, funding and access gates sequentially
and too late.

A coordinated pathway that brings
decision-makers together earlier.

Small populations
strain the
business case.

A therapy can be scientifically viable and clinically
important without a conventional commercial market.

Alternative development, financing,
stewardship and access models.

Manufacturing is a
core barrier.

Low-volume, patient-specific or intermittent
production makes chemistry, manufacturing and
controls (CMC), Good Manufacturing Practices (GMP)
and quality assurance/quality controls (QA/QC)
burdens disproportionate.

Manufacturing readiness support,
asset mapping, stable capacity and
proportionate requirements.

N-of-1 approaches
are burdensome.

The patient population may be one, but the
infrastructure burden is sponsor-scale.

A route that reduces repeated
reinvention while preserving safety
and evidence quality.

Approval does
not equal access.

Patients can still be blocked by unfunded care
pathways, uneven site readiness, travel, diagnostics
and follow-up.

Full care-pathway funding, managed
access and coordinated adoption
planning.

Canada has assets,
but not a connected
operating model.

Research, regulatory tools, manufacturing capacity,
health technology assessment (HTA) expertise and
access mechanisms exist, but are not consistently
organized around Canadian-developed therapies.

A prioritized Made-in-Canada
pathway that connects these
capabilities early and deliberately.
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What The Cases Showed Together

Although the therapies differ substantially, each

WHY THIS MATTERS NOW

case depends on coordination well beyond

regulatory approval. Manufacturing readiness, Other jurisdictions are moving

specialized clinical infrastructure, evidence planning, quickly to align regulation, evidence

reimbursement, hospital adoption and long-term generation, manufacturing and access

follow-up all need to be considered early. The cases for advanced therapies. Without a

also showed why a single conventional development more coordinated pathway, promising

or commercial model will not work across the full Canadian innovations risk moving to

range of small-population advanced therapies. faster or better-organized systems, while
Canadian patients wait longer for therapies

What This Means For PO“CY developed from Canadian science.

The problem is not a lack of standards. It is a lack of
coordination, fit-for-purpose evidence expectations,
manufacturing de-risking and access planning for
therapies that do not fit conventional population
size, commercial, trial or reimbursement models.

Together, these findings show that the challenge

is not a single broken gate. It is the absence of a
coordinated operating model that aligns evidence,
manufacturing, regulatory planning, reimbursement,
adoption and stewardship early enough for small-
population therapies to move through the system.

PACS1 ASO Therapy
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THE CASE FOR A MADE-IN-
CANADA PATHWAY

The Made-in-Canada concept is not about lowering standards
or creating a shortcut around independent regulatory,

HTA or reimbursement decisions. It is about organizing
existing Canadian capabilities around promising Canadian-
developed therapies so they can move through the

system more predictably, strategically and efficiently.

In practical terms, a Made-in-Canada innovation
pathway would identify promising Canadian-

Support should be criteria-based and focused on
therapies with scientific merit, meaningful patient
need, development readiness, potential health-
system value and strategic value to Canada. Strategic early and connect them to the right supports:

value includes the opportunity to retain intellectual regulatory advice, CMC and manufacturing expertise,
property, clinical trials, manufacturing capacity,
companies, talent and investment in Canada —

developed or Canadian-led advanced therapies

translational funding, clinical trial planning, HTA and
payer engagement, commercialization guidance,
delivering both a patient return and an economic adoption planning and patient-partner input.

and strategic return on public investment.

PATIENT RETURN

Canadian patients and families gain a

ECONOMIC +
STRATEGIC RETURN

clearer route to therapies arising from
Canadian science. Earlier coordination can

reduce avoidable delays and help ensure
access planning includes diagnosis,
geography, affordability, site readiness,
family burden and long-term follow-up.

Canada captures more value from public
research and infrastructure investments.

More intellectual property, trials,
manufacturing, talent, companies and
investment can remain and grow in

Canada rather than moving to faster
or better-coordinated jurisdictions.
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Canada is not starting from zero

Canada has already made meaningful progress in
accelerating regulatory review, reimbursement decision-
making and patient access for innovative therapies. [ X

The workshop identified several existing tools that B RSt i Sores
provide a foundation for a more coordinated pathway >3 »
for advanced therapies serving small populations.

POWERING
REGENERATIVE

Aligned Review — Health Canada can share MEDI

information with health technology assessment
bodies to reduce duplication and time lags
between regulatory and reimbursement review.
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Advanced Therapeutic Products (ATP) framework —
Canada already has a flexible, risk-based regulatory
framework intended for innovative products that do not
fit well within conventional rules; the opportunity is to
operationalize it for appropriate advanced therapies.

Clinical Trial Modernization — Health Canada
has proposed a more risk-based clinical-trial
framework intended to support innovative trial
designs and reduce unnecessary burden.

Target Zero — Canada’s Drug Agency initiatives
aim to reduce the time between Health Canada
authorization and reimbursement recommendation.

Pan-Canadian Pharmaceutical Alliance (pCPA)
temporary access mechanisms — Temporary
access approaches can support promising drugs
while evidence continues to mature and longer-term
reimbursement arrangements are developed.

IMPLICATION
FOR CANADA

The task is not to invent an entirely new
system. It is to connect and adapt the
tools Canada already has so they work

coherently for small-population advanced

therapies — especially where evidence,
manufacturing and commercial models
do not fit conventional pathways.
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LESSONS FROM

OTHER JURISDICTIONS

The workshop reviewed international approaches that are
already adapting regulation, evidence generation, manufacturing
and access for rare diseases and advanced therapies. No

single jurisdiction provides a complete model for Canada,

but several recurring design features are relevant.

Coordinate earlier and across the pathway.

The United Kingdom’s Innovative Licensing and
Access Pathway (ILAP), Japan’s SAKIGAKE strategy,
and the U.S. FDA's RMAT and Fast Track programs all
point to the value of structured early engagement, a
clear point of contact, and mechanisms that connect
development with regulatory and access planning
rather than addressing each gate sequentially.

Use formal designations to trigger tailored support.
Orphan-drug and priority-pathway models show how
formal designations can recognize therapies that do
not fit conventional development models and provide
a clearer entry point for proportionate evidence
expectations, earlier advice and coordinated planning.

Allow evidence to mature after initial access. European
patient registries, NICE managed-access approaches

in the United Kingdom, and Spain’s use of real-world
evidence demonstrate how structured post-authorization
data can support safety monitoring, benefit-risk
assessment, reimbursement decisions and continuing
access when evidence is necessarily limited at launch.

Treat manufacturing capacity as part of the access
solution. Decentralized, modular, public or academic
manufacturing approaches in other jurisdictions are
relevant to low-volume Canadian therapies that may not
attract conventional commercial manufacturing but still
require stable chemistry, manufacturing and controls,
Good Manufacturing Practices and quality capacity.

Match payment models to uncertainty and small
populations. The UK’s managed access and Spain’s
staged, outcomes-based payment approaches show
that access does not need to be a one-time yes-or-
no decision. Payment and access mechanisms can
be designed to reduce financial, geographic and
evidence barriers while additional data are collected.

IMPLICATION
FOR CANADA

Canada can adapt and combine these
lessons: an early Made-in-Canada/orphan
entry point, coordinated regulatory and

health technology assessment advice,
practical use of the Advanced Therapeutic
Products pathway, proportionate lifecycle
evidence, manufacturing support,

and where appropriate, managed

access or outcomes-based funding.
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PRIORITIES FOR ACTION

The priorities below respond directly to the barriers identified
through the case studies: fragmented pathways, weak
commercial models for small populations, disproportionate
manufacturing burden, N-of-1 complexity, unfunded care
pathways and the need to connect existing Canadian assets.

01 CREATE A PRIORITIZED MADE-IN-
CANADA INNOVATION PATHWAY

Identify high-potential Canadian-developed advanced
therapies and connect them early to regulatory advice,
manufacturing expertise, translational funding, clinical
trial support, evidence and HTA planning, financing,
commercialization assistance and adoption supports.

02 ESTABLISH AN ORPHAN/

ULTRA-RARE DESIGNATION

Define eligibility for therapies where prevalence,
disease severity, unmet need and the feasibility of
conventional development require proportionate
evidence and access approaches. The designation
should support early coordination, lifecycle
evidence planning and tailored regulatory

advice while preserving rigorous standards.

03 OPERATIONALIZE ATP THROUGH
CANADIAN PILOT THERAPIES

Use real Canadian driver projects to clarify ATP
eligibility, timelines, evidence expectations,
authorization responsibilities, post-access data
collection and lifecycle commitments — and to establish
precedents that future Canadian therapies can use.

04 SUPPORT LOW-VOLUME
MANUFACTURING AS INFRASTRUCTURE
Treat low-volume advanced-therapy manufacturing
as national health and innovation infrastructure.
Use national asset mapping, readiness funding,
CMC support, technology-transfer assistance and
proportionate GMP/QA-QC approaches to stabilize
Canadian capacity between sporadic projects and
keep Canadian innovations manufacturing here.

05 PROVIDE NEUTRAL NAVIGATION

AND SPONSOR-LIKE SUPPORT

Academic innovators and early-stage Canadian
biotechs need help navigating regulatory strategy,
CMC, GMP, HTA, payer expectations, financing,
commercialization and adoption. A neutral function,
like a not-for-profit concierge service, should help
innovators engage the right bodies early, design with
the end in mind and reduce repeated reinvention.

06 BUILD SUSTAINABLE EVIDENCE,

FUNDING AND ACCESS MECHANISMS

Approval alone does not equal access. Canada needs
lifecycle evidence, managed access, risk-sharing,
procurement, stewardship and full care-pathway funding
models that account for diagnostics, delivery, hospital
readiness, monitoring, travel, long-term follow-up and
therapies without conventional commercial sponsors.
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Who needs to be at the table

Health Canada and ISED can provide joint federal
leadership. Provinces and territories need to be full
partners in adoption, reimbursement and delivery.
Regulators, HTA bodies, pCPA, manufacturers,
clinical sites, patients, innovators and national
platforms such as SCN should align early so
Canada can move from fragmented case-by-

case decisions to coordinated national action.

BOTTOM LINE

The test of success

Success should not be measured only by whether

a pathway is described. It should be measured by
whether Canadian therapies move through it more
predictably; whether CMC, evidence, regulatory, HTA,
payer and adoption planning occur earlier; whether
patients see clearer routes to access; and whether
more intellectual property, talent, manufacturing,
companies and investment remain in Canada.

Canada does not need to build this system from the ground up. It needs to align, activate and scale

the capabilities it already has.

Doing so would help Canadian-developed advanced therapies move more predictably from discovery

to patient access, while retaining more intellectual property, trials, manufacturing, companies,

talent and investment in Canada.
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