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Therapeutic strategy for refractory neuromuscular diseases using advanced genome
editing technology
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In this study, to establish novel theraﬁeutic strategies for refractory
neuromuscular diseases, we utilized advanced genome editing technologies and conducted a basic
research using cultured cells. First, we tried to excise CTG repeat of DMPK gene by genome editing
targeting the sequence and found a decrement of intranuclear RNA aggregates, which is a disease
biomarker. In addition, CRISPR interference targeting the promoter region also exhibited similar
improvement of the marker. Next, we performed genome editing and epigenome editing for APP gene, in
order to reduce AB , which is thought to cause Alzheimer®s disease. As a result, AR in the culture
medium was decreased by both of these procedures.
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