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Federal Advocacy Priorities – 2024
Time is Muscle 
At Defeat Duchenne Canada, we know that “Access,” in its broadest sense, is the most challenging and 
critical priority for the more than 800 young Canadians living with Duchenne muscular dystrophy 
and its progressively debilitating symptoms.  

Muscular dystrophy is an overarching term for a group of muscle diseases, defined by muscle 
weakness. Receiving a diagnosis of Duchenne muscular dystrophy is especially devastating and 
overwhelming as it strikes in childhood, is rapidly progressive, and ultimately, life-shortening. 

Significant Challenges 
•	 No effective treatments approved in Canada despite eight being available outside of Canada.
•	 Heavy financial and emotional burden for families with lack of financial support.
•	 Availability of quality of care and support varies widely, province to province.
•	 Potential for a high cost to Canadian healthcare system due to avoidable hospital stays, etc.
•	 Late diagnosis prevents access to early, potentially muscle-saving interventions.
•	 There is no cure!

Canada remains the only G7 country without a comprehensive Rare 
Disease Strategy in place to address many of these challenges. That 
means that Canadians, with no time to waste, are being left behind. 
Defeat Duchenne Canada believes this is something that must be 
addressed now! Time is muscle! 

At Defeat Duchenne Canada, our goal is to make the journey a little easier for families who are 
searching for a more hopeful way forward. We work tirelessly on behalf of the young people and 
families facing the impact and consequences of this life-shortening disease each day, week, month 
and year that passes, means weakening muscles and decreased mobility. Every day without 
treatment to slow progression or even halt the disease in its tracks, not only impacts quality 
of life but life itself! We must act now!  

Time is muscle!
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Our overarching advocacy priority is ACCESS! 

Access to Treatment

Access Our Asks

Timely 

We must find ways to 
encourage Pharmaceutical 
companies to apply to 
Canada for approval of their 
treatments

•	 �Introduce a faster path toward approval for DMD 
treatments that have been approved and made available 
in other countries such as implementing “orphaned 
drug,” “rare disease,” or “fast-track” designations

•	 �Make use of data collected to support safety and efficacy 
in other countries as a way to increase the data sample 
size which is inevitably smaller for rare diseases

Equitable

We must ensure that all 
young Canadians affected 
by DMD have the same 
opportunity to gain access 
to effective and urgently 
needed treatments and care

•	 �Implement a comprehensive Rare Disease Strategy to 
reduce the burden on patients and families

•	 �Ensure recommended Patient Standards of Care for 
DMD can be accessed, regardless of where in Canada the 
families might live. This could include supporting the 
establishment of more Centres of Excellence for DMD 
care in Canada

Affordable

The barriers won’t end for 
patients and families if 
long-awaited treatments 
are finally approved and 
available in Canada but 
priced in a way that makes 
them out of reach for those 
that would benefit the most

•	 �Use some of the $14B allocated to the Rare Disease 
Drug Strategy to support affordable access to critical 
treatments

•	 �Ensure coverage is available for patients who have 
participated in clinical trials and benefited from 
the treatment, using both statistical and real-life 
measurements

Access to Early Diagnosis 

Access Our Asks

Newborn
Screening

Duchenne muscular dystrophy is genetic and 
could be diagnosed at birth. While learning 
their child has DMD at birth would be 
devastating, it would enable families to start 
non-pharmacological interventions, identify early 
signs of progression and take precautions to save 
muscle until their child is able to access other 
forms of treatment.

•	 �Revise the eligibility criteria 
for new-born screening to 
include rapidly progressive, life-
shortening diseases like DMD, 
regardless of whether immediate 
medical/pharmacological 
treatments are available. 
Knowledge is power and time is 
muscle! 


