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Sgndamental study for new gene targeted molecular therapy for mitochondrial
isease

NAKAYAMA, TOMOHIRO
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The mitochondrial disease has difficulty in gene therapy. For mitochondrial
encephalomyopathy with lactic acidosis and stroke-like episodes (MELAS) , We aimed to establish the
new gene targeted therapy using the chemical compound (DNA-binding compound PI polyamide).

Pl polyamide were added to patient skin fibroblasts and cultured for one month and extracted DNA.
And the effect of Pl polyamide to mitochondrial DNA point mutation rate were evaluated by the PCR
method, but the effect was not recognized. However, there might be the effect on cell metabolism and

performed Gas Chromatography / Mass spectrometry analysis.
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