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Development of AAV-induced exonskipping therapy for Duchenne muscular dystrophy
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Antisense-mediated exon skipping is one of the most promising therapeutic tools
for the treatment of Duchenne muscular dystrophy (DMD), which is caused by mutations in the dystrophin
gene. Here, we tried to develop the adeno-associated virus (AAV)-induced exon skipping therapy for DMD.U7
snRNAs harboring antisense motifs induce skipping of exon 51, and thus restore dystrophin expression.

Furthermore, we show the efficacy of these constructs in vivo in mdx. Our constructs are promising for
the optimization of therapeutic exon skipping for DMD.
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