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Endocrine/metabolic disease

Mitochondrial 
disease

Mammalian target of 
rapamycin (mTOR; FRAP; 
RAFT1)

Mouse studies suggest inhibiting mTOR with 
rapamycin could help treat Leigh’s disease. In 
a mouse model of the mitochondrial disorder 
Leigh’s disease, daily i.p. administration of 8 mg/
kg rapamycin extended survival and delayed 
neurological symptoms, and also decreased both 
disease progression and neuroinflammation 
compared with vehicle. In the mouse model, 
rapamycin also decreased levels of glycolytic 
intermediates typically elevated in Leigh's 
syndrome compared with vehicle and induced 
a shift toward amino acid catabolism. Next 
steps include determining safety and efficacy 
of rapamycin or rapamycin analogs in young 
patients with Leigh's disease.
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