©
2020 2022

ATP

Fundamental Research for the Development of Novel Therapeutic Agents for
Mitochondrial Diseases by Stabilizing Regulators of ATP Production
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We identified a compound that enhances ATP production by inhibiting the
protein degradation of the ATP production regulator GOS2. In this study, we verified the mechanism
of action of this compound and its validity as a therapeutic agent for mitochondrial diseases. We
found that the compound covalently binds to one amino acid within G0S2, and partly elucidated the
mechanism of inhibition of its degradation. We confirmed that GOS2 is expressed in cells derived
from patients of mitochondrial diseases and raised the possibility of therapeutic intervention for
mitochondrial diseases. We have succeeded in developing a compound that can be administered in vivo
by structural optimization, and will proceed with the therapeutic effects of this compound in
patient-derived cells and administration to animal models that we already possess and are breeding.
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