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Development of a new biomarker of GM2 gangliosidosis

SAKURABA, Hitoshi
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To develop a new biomarker of GM2 gangliosidosis, we focused attention on lyso-GM2
ganglioside (lyso-GM2). We measured the lyso-GM2 levels in the brain and plasma of Sandhoff mice by means
of high performance liquid chromato?raphy, and examined the effects of a modified hexosaminidase B (HexB)
exhibiting hexosaminidase A (HexA)-like activity. Then, the lyso-GM2 concentrations in plasma from patien

ts_with Tay-Sachs disease and Sandhoff disease were determined. The lyso-GM2 levels in the brain and plasm

a in Sandhoff mice were apparently increased compared with those in wild-type mice, and they decreased on
|ntraventr|cular administration of the modified HexB. The plasma lyso-GM2 levels in the patients with Tay-
Sachs disease and Sandhoff disease were increased, and their increase in lyso-GM2 was associated with a de
crease in HexA activity. Considering the results, lyso-GM2 is thought to be a potential biomarker of GM2 g
angliosidosis.
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