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Canada is located in North America
but is not part of the U.S.A.

• Similar population size to Poland, 30x 
larger landmass

• Canada’s GDP is $3,070 trillion CAD 
or €2,019 trillion Euros: similar to 
Italy, half of Germany

• CIHR: funding health research
• Health Canada: regulatory agency
• High prevalence: DM1, OPMD, SBMA

41.6 MILLION
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The pan-Canadian network that brings 
together the country’s leading clinical, 
scientific, technical, and patient expertise 
to improve care, research, and 
collaboration in neuromuscular disease

Neuromuscular Disease Network for Canada (NMD4C)

Dr Hanns 
Lochmüller

Dr Homira 
Osman

Dr Natasha 
Chang

Dr James 
Dowling

Dr Jodi Warman 
Chardon

Dr Lawrence 
Korngut

Dr Cynthia 
Gagnon

Dr Rashmi 
Kothary

409 clinicians & researchers
138 allied health
127 students
103 patients & family
45 industry

802 
MEMBERS

Steering Committee
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Pre-Clinical Science
Supporting preclinical 

researchers and strengthen 
cutting-edge basic research. 

Tasks: 
• Cell-based NMD Research 
• Animal-Based NMD Research
• Human Samples and 

Biobanking

Clinical Research
Increasing neuromuscular clinical 

research capacity in Canada. 

Tasks:
• Clinical Trial Network
• Participant Recruitment and 

Evidence Collection
• Outcome Measures and 

Natural History

Clinical Research & 
Education

Improving neuromuscular clinical 
education, care and access to 

treatments.

Tasks:
• Training and Curriculum
• Community of Practice
• From Trials into Practice

Themes: • Early-Career Support
• Equity, Diversity, Inclusion and 

Indigeneity (EDII)
• Expert Patient Capacity Building

• Knowledge Translation & Impact 
Assessment 

• Open Science

http://www.neuromuscularnetwork.ca/


www.neuromuscularnetwork.ca

Neuromuscular Disease Network for Canada | www.neuromuscularnetwork.ca | Find us on 
www.neuromuscularnetwork.ca

Neuromuscular Disease Network for Canada | www.neuromuscularnetwork.ca | Find us on 

Strong National and International 
Collaborations
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Prioritize Patient Engagement
• Partner at all levels with patient 

organization Muscular Dystrophy 
Canada

• Collaboration with patient advocacy 
organizations

• Creation of patient-oriented research 
training for NMDs (ImPORTND)

• Patient partners woven into all 
working groups and activities

• Events connecting emerging basic 
science researchers with patient 
partners

http://www.neuromuscularnetwork.ca/
http://www.neuromuscularnetwork.ca/


www.neuromuscularnetwork.ca

Neuromuscular Disease Network for Canada | www.neuromuscularnetwork.ca | Find us on 
www.neuromuscularnetwork.ca

Neuromuscular Disease Network for Canada | www.neuromuscularnetwork.ca | Find us on 

Support the next generation of 
researchers

• Annual early-career awards & postdoctoral 
fellowship funding competitions

• Annual research trainee summer school

• Basic science trainee committee

• Online resource for research protocols

• Integrating ECRs into working groups, 
steering committee, chairing and 
presenting webinars

• Sponsor trainee visits between national 
collaborators beginning fall 2025
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Support the next generation of clinicians
• Gained recognition of Neuromuscular 

Medicine as an Area of Focused 
Competency with Canada’s Royal College 
of Medicine

• Annual early-career awards & clinical 
fellowship funding competitions

• Standardized national neuromuscular 
fellowship curriculum

• Multi-disciplinary care lecture series

• Annual clinical summer school beginning 
fall 2025
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Clinical Capacity Building
Clinical Trial Network

• Objectives: Increase the number of 
neuromuscular clinical trials conducted in 
Canada, Enhance trial capacity and Support 
a cohesive network of clinician researchers 
and their teams.

• Database: Landscape of Canadian NM trials. 

Communities of Practice

1. Clinical Research Coordinators & Trial Personnel

2. Physiotherapists and Occupational Therapists

3. Neuromuscular Physiatrists

A centralized hub to foster collaboration, 
knowledge exchange, and skill enhancement to 
elevate NMD research and care across Canada. 
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Capacity Building/Research Resources
LEARNMD Virtual Training Platform 

Educational content and webinars covering 
neuromuscular disorders, translational and 
clinical research, therapies, and management 
strategies.

Royal College accredited webinar series

Virtual Canadian Neuromuscular Biobank

Development of virtual Canadian biobank, a central 
catalogue which will contain the neuromuscular 
samples available for research at the different 
biobanking sites.

• Virtual catalogue built on open-science-focused 
LORIS software from leading group at The Neuro.

• Minimum data for inclusion agreed on by 8 
Canadian biobanks.

Work in progress: Agreements for data and sample 
exchange in progress with legal teams.

http://www.neuromuscularnetwork.ca/
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CNDR: a national collaborative pan-neuromuscular 
registry (Dr. Victoria Hodgkinson, Dr. Lawrence Korngut)

136+ Investigators

➢ Clinic-based recruitment & prospective clinical data 
collection

➢ Launched in 2010, sustainably operating and continuing to 
grow with industry, not-for-profit, and government 
funding

52 Clinics

Over 7000 patients in 

every province & territory
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DATA DISCLOSURES

Over 300 Data Usages

Year Clinical 
Datasets

# 
Registered

2010 DM 602

2010 DMD 828

2012 SMA 505

2012 ALS 2586

2016 LGMD 193

2022 CMS 37

2025 FSHD 296

2025 OPMD *76

2025 SBMA *27
*no clinical data, pending dataset launch



CNDR: 
Data and Network Impacts

➢ Data Analyses ➢ Network Consensus/ 
Practice Review

➢ Upcoming Studies➢ Patient Recruitment/ 
surveys

• Comprehensive core set
• Brief ICF Core Set
• Mapped to CNDR dataset + PRO’s



CNDR: 
Leadership in RWD for Decision-Making

➢ Registry leadership in 
Canada with HTA

➢ Engagement & alignment 
internationally

➢ Improving use of robust 
data to support an 
understanding of high-cost 
therapies



Dr. Cynthia Gagnon
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Four (4) flagship diseases:

1. Oculopharyngeal muscular dystrophy

2. Congenital myopathies

3. Congenital myasthenias

4. Myofibrillar myopathies

Cynthia Gagnon
Anita Burgun
Hanns Lochmuller
Heidi Howard
Olivier Lambercy
Sébastien Gaboury
Martin Vallières 
Santa Slokenberga

Daniel Natera de Benito
Ignacio Escuder Bueno
Louis Bédard
Homira Osman
Elizabeth Angelevski
Félix Camirand-Lemyre
Guillaume Bassez
Capucine Trollet Horizon Europe
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Project Overview

Objective

To develop a precision medicine approach integrating ethical, legal, and social 

considerations to address challenges in prognosis and clinical trial readiness for 

rare diseases, through a Learning and Knowledge Mobilization Platform (LEAP 

FORWARD) based on the adapted Master Observational Trial (MOT).

The proposal will support the identification of biomarkers / predictors for prognosis

and documentation of the evolution of a group of four (4) neuromuscular disorders

as well as a common standardized protocol for natural history study and clinical

trials.
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Project Overview

Project Phases

• Phase 1: Identify and classify signs and symptoms specific to target diseases, 

enabling multimodel data collection for optimal disease impact assessment.

• Phase 2: Test MOT among four neuromuscular diseases in two countries 

(Canada, Spain) to validate feasibility in rare diseases.



Survey 
development

Bind 1.0*
Recruitment 

Strategy -> Pilot 
Study with MDC

BIND : a national, cross-sectional survey of 
individuals living with a NMD and their caregivers 

Ethics Approval

Bind 2.0
Data Analysis

5 years
-Mobility
-Vehicle
-Home

BIND STUDY: Assessing the Indirect Burden of Inherited & Inflammatory 
Neuromuscular Disease in Canada (Dr. Jodi Warman-Chardon)



NMD Subtypes: Survey Respondents for BIND



Adult with NMD
n=1031

78%

Caregiver
with NMD

n=149

83%

Caregiver
without NMD

n=130

91%

Minor
n=112

My/my loved one's
NMD has been a

financial hardship to
my family and me. 

Not at all
A little bit
Somewhat
Quite a bit
Very much

96%

0.0 0.2 0.4 0.6 0.8 1.0

Kennedy disease   n=22  

DMD/Becker/Manifesting carrier   n=130

SMA   n=126

Ataxias/ Friedreich   n=40  

Early onset (e.g. CMD)  n=58  

LGMD + other MD   n=150

NMD, other   n=22  

Autoimmune myopathies   n=137

CMT + genetic neuropathies   n=177

Myasthenia gravis   n=84  

DM1/DM2/other   n=180

FSHD   n=112

OPMD   n=136

Proportion of Respondents

100%

95%

94%

90%

90%

89%

86%

83%

82%

79%

77%

76%

49%

Financial Hardship in NMD. Participant responses to the unscored summary question in the modified FACIT-COST
questionnaire, subdivided by neuromuscular disease (left) and participant type (right). The percentace of
respondents experiencing at least some financial hardship due to neuromuscular disease is indicated.

Impact of NMD causes financial hardship



Comprehensive Score for Financial Toxicity (COST): 
High Financial Toxicity in NMD

COST SCORE

0 44

28.5
Chronic 
Diseases 
n=2755

23.1
Stage IV
Cancer
n=233

17.2
BIND NMD

Pavela et al., Health Serv Ins, 2021
De Souza et al., Cancer, 2017

Lower COST scores and higher financial toxicity associated with 
“some” high school education or completed high school, unable to work, 
unemployed or a student, lower household incomes, single, widowed, 
divorced or separated, and no private health insurance



Impact: 
Informs Care 
for NMD 
Stakeholders

BIND

Economic 
Impact

Advocacy

Health 
Outcomes

Policy 
Change

Education

Forecasting future 
resources (e.g.  

equipment)

Enable cross-
jurisdictional
comparisons

Economic 
modeling for 

new (expensive) 
therapies

Assemble one the 
largest cohort of 
people with NMD

Real-World Evidence for 
Canadian 
Neuromuscular Disease 
(CIHR-Dr. Amin)
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83% of SBMA patients in neuromuscular clinics are Indigenous

Highest prevalence in world identified in Saulteaux First Nation (186/100,000)

Likely to be underestimated

23

Leckie et al 2021
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A shared haplotype is present across most cases of SBMA with Indigenous heritage
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Survey of neuromuscular clinics
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Dr. Gerry Pfeffer
Dr. Kelly Schellenberg
Dr. Alexandra King
Dr. Malcolm King
Dr. Toshi Yokota
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Thank you!

Subscribe to our monthly 
newsletter

http://www.neuromuscularnetwork.ca/
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