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GM1 ganglioside-sis is one of lysosomal storage diseases, and GM1
ganglioside (GM1) accumulates in cells due to 3 -galactosidase deficiency, causing central nervous
system disorders and bone symptoms. There is no effective treatment, so far. The effect of gene
therapy using a lentiviral vector targeting hematopoietic stem cells was examined in model mice, and

found that increased serum enzyme activity, increased enzyme activity in peripheral organs and
central nervous system, decreased GM1 accumulation in the cerebral and cerebellum, presence of
lentiviral vectors in peripheral organs and central nervous system, presence of gene-introduced
microglia in cerebellar cortex, decrease in GFAP-positive astroglia, improvement of rotarod test,
increase in blood enzyme activity after secondary transplantation.
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http://www.jikel.ac.jp/academic/course/16_idensichiryo.html

http://www.jikei-gene.com/
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