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The pathogenesis of myocardial diseases such as idiopathic cardiomyopath
has been gradually elucidated. On the other hand, only symptomatic treatment is available, and the
development of a causative therapy is desired. The aim of this study was to develop a causative
therapy that replenishes normal proteins that are lacking due to genetic abnormalities using nucleic
acids, and to establish a nucleic acid medicine that can be applied clinically.
We tested the therapeutic effect of wild-type lamin mRNA by administering it immediately after birth
to lamin (Lmna) gene knockout mice with dilated cardiomyopathy. However, effective delivery to the
heart could not be achieved by this method, so we changed to AAV-based delivery. As a result, the
Lamin—?xpressing group showed prolonged survival and improved cardiac function compared to the
control.
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The treatment of Lmna-associated DCM with AAV improved the prognosis in our mouse model
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