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Abstract

e Leber’ s congenital amaurosis (LCA) is a genetic eye
disease that can cause blindness. Infants with LCA may
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have a severe low vision or loss of vision at the early
stage. The LCA2 type of this disease is related to RPE65
mutation. According to previous studies, there is no
effective treatment for genetic retinal diseases including
LCAZ2. In recent years, with the advances in gene therapy
technology, great progress in the treatment of genetic
retinal diseases has been made, among which the most
successful one is the gene therapy of LCA2. This paper
briefly introduces the development of the gene therapy of
LCA2, and reviews the correlation between age and
injection type, dosage, injection method, measuring
method as well as therapeutic effect and the stability of
therapeutic effect in previous clinic trials, which provides
reference and clinical treatment experience for the clinical
application of the gene therapy of LCA2 in China.
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