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Splicing switch therapy for FCMD by utilizing genome editor system
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Fukuyama congenital muscular dystrophy (FCMD) is a prenatally-onset
neuromuscular disease unique to Japan for which there is no cure. Almost all patients in Japan have
splicing abnormalities caused by insertional mutations in transposon sequences that induce splicing
abnormalities. We established a therapeutic platform for scarless splicing aberrations using a
next-generation gene editing system, and investigated the efficiency of genome editing and its
effects using an originally developed disease model. In this study, we attempted to perform genome
editing without CRISPR and were able to induce silent mutations of splicing-inducing sequences in
cellular systems and animal mouse models, although the efficiency was low.
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