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Development of Antisense Mediated Therapy for Exons Duplication in Duchenne
Muscular Dystrophy.
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Duchenne muscular dystrophy is a disorder with dystrophin deficiency caused by
DMD gene mutation and its 10% patients have exon duplication mutation. This study explored the
feasibility of exon-skipping therapy for exon duplication in DMD gene. Cells from DMD patient having exon
8/9 duplication were treated by antisense targeting exon 6/7/8. A restoration to the in-frame mutation

and a recovery of dystrophin were observed; suggesting the feasibility of exon-skining therapy for exon
duplication. However, it was not identified what is the best method to achieve stable and reproducible

results; and further studies are required.
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