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Towards clinical trials 
for DMD using gene and cell therapies 
combined with exon skipping

 exon skipping: 
an innovative technique called RNA surgery, 

that allows cellular mechanisms “to ignore” the 
affected part of the gene carrying the anomaly 

responsible for the disease.
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6 work packages

1 Evaluation of the therapeutic value of truncated dystrophins 
completed by exon skipping

2 Design and upgrading optimized-snRNAs for dystrophin 
rescue

3 Autologous stem cell therapy using LV vectors encoding 
opt-snRNAs

4 Widespread delivery of AAV vectors encoding opt-snRNAs: 
Clinical relevance in GRMD

5 Design of the future clinical trials
6 Management
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