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Expression of dystrophin via exon skipping with a small chemical

Matsuo, Masafumi
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Duchenne (DMD)

Antisense-meditated exon skipping is the most promising treatment for Duchenne
muscular dystrophy. Here, small chemicals that induce dystrophin exon skipping were searched using in
vitro splicing system. Unfortunately, chemicals that can be applied for clinical use were not identified
yet. Furthermore, a new splicing analysis system that enabled detection of skipping of 10 exons
simultaneously was established to enhance screening of chemicals.
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