
 

Dr. Jeffrey Chamberlain is a world-renowned expert in gene therapy research 

for muscular dystrophies, including Duchenne Muscular Dystrophy (DMD). 

His work focuses on the development of gene therapy using AAV vectors 

carrying dystrophin genes. Recently, in his laboratory, a novel strategy has 

been developed to overcome the packaging size limitation of adeno-

associated virus (AAV) vectors by splitting the large dystrophin gene into 

separate AAVs. [Nature 632(8023):192-200,2024] His research has 

significantly advanced the clinical application of treatments for DMD.  

Representative papers include the following. 
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