(®)
2014 2015

Efficacy of Bezafibrate for severe form of glutaric acidemia type 2

Yamada, Kenji
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Bezafibrate (BEZ) was reported as a drug for mild form of fatty acid oxidation
disorders, but was considered not effective for severe (neonatal-onset) form. In this study, we
investigated the efficacg of BEZ for fibroblasts derived from various form of glutaric acidemia type 2
(GA2) usiing in vitro probe (IVP) assay.

Low-dose BEZ was not effective for severest form of GA2 in which polycystic kidney, Potter*s face, and
severe cardiomyopathy was seen soon after birth. By contrast, low-dose BEZ was effective for
neonatal-onset form without anomaly and cardiomyopathy. Moreover, good response to low-dose BEZ was
observed in milder form which is onset after infancy. By the way, high-dose BEZ can not be evaluated
using IVP assay due to precision of analysis

BEZ may be clinically effective even for neonatal-onset form of GA2 if the patient has no anomaly and
cardiomyopathy.
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