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Large gene therapy for dystroglycanopathies
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Regardless of the causative gene, muscular dystrophies characterized by
abnormal glycosylation of dystroglycan are collectively referred to as dystroglycanopathy. We
studied whether Large gene therapy is commonly effective to dystrocurinopathy regardless of the
causative gene in vivo. We performed Large gene therapy to non-severe dystroglycanopathy model mice
in which sugar chains remain a certain extent. As a result, improvement of skeletal muscle necrosis
was detected in the non-severe type dystroglycanopathy model mice by Large gene therapy. We found
that large gene therapy may be applied to non-severe forms of dystroglycanopathy regardless of
causative gene.
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