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Non-invasive system for predicting effectiveness of the exon skipping therapy
for muscular dystrophy

Yasuhiro, Takeshima

3,500,000

Modulation of splicing with antisense oligonucleotide that convert
out-of-frame dystrophin mRNA into in-frame has been developed as a novel therapy for Duchenne
muscular dystrophy. However, the effectiveness is different among patients, which disturb the
development of antisense oligonucleotide therapy. To establish the non-invasive system for
predicting effectiveness of the splicing modulation therapy for muscular dystrophy, gene mutation
and splicing pattern of patients were analyzed, and artificial mutant genes were introduced to the
cultured cells.
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Ullrich congenital muscular dystrophy: UCMD Bethlem
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