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Abstract ; Leber hereditary optic neuropathy (LHON) is a maternal hereditary mitochondrial disease which is a common cause of bi-
lateral teenaged blindness. LHON is a complex and multifactorial disease for which more than 50 associated mitochondrial DNA
(mtDNA) mutations have been found. Further, about 90% of global Leber hereditary optic neuropathy cases have the mtDNA muta-
tions m.11778G>A, m.3460G>A, or m.14484T>C. As an important method of future medical treatment, gene therapy is becoming
a hot spot in current research, and gene therapies targeting mtDNA mutations are among the fastest developing of these therapies.
Currently , basic research on gene therapies targeting mtDNA mutations has demonstrated its safety in animal studies. Currently, dif-
ferent teams are initiating clinical phase I/II studies of the safety and efficacy of gene therapy products in patients. Herein, we
review the progress of gene therapy for LHON.
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