
A New Treatment for DMD 
A dedicated team led by SickKids President and CEO Dr. Ronald Cohn 
continues to build on their research in Duchenne muscular dystrophy 
(DMD). 
 
DMD is a progressive genetic disorder caused by a variant in the DMD 
gene. This prevents the body from producing an essential protein that 
protects muscle fibers, causing muscle degeneration. 
 
The Road So Far 
In the lab, the team was able to replicate the disease in pre-clinical lab 
models. Using an advanced gene-editing technology called 
CRISPR/Cas9, they created an innovative technique to fix the faulty 
DMD gene. Results from their recent publication testing this technique 
showed improved muscle function in lab models, but the treatment 
could not fully restore damaged muscle. 
 
Now, they’re investigating a pioneering approach that combines their 
cutting-edge gene-editing technique — to correct the genetic variant 
first — with a newly approved anti-inflammatory drug called 
vamorolone. This drug is used to treat DMD in children four years of 
age and older and helps maintain muscle strength and function, 
designed as a safer alternative with potentially reduced side effects 
compared to other standard treatments. 
 
The team is set to begin testing in pre-clinical models and assess the 
impact of this first-of-its-kind therapy. 

 
The Impact of Your Support 
This essential work will enhance our understanding of how gene-
editing technology interacts with drugs used to treat DMD. This work 
is bringing us one step closer to making a meaningful difference for 
patients with this disorder, underscoring the importance of advancing 
gene-editing technology in the clinic and improving care. 
 
On behalf of SickKids and Defeat Duchenne Canada, thank you. Your 
commitment inspires us, enabling groundbreaking discoveries that 
enhance our understanding of DMD. Together, we are changing care 
and providing a beacon of hope for children and their families. 


