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Investigation of pathogenesis and development of novel therapies focusing on
mitochondrial function in Rett syndrome
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o _ The aim of this study was to elucidate the pathological mechanisms of
MeCP2-deficient dopaminergic neurons (DNs) differentiated from stem cells from human exfoliated

deciduous teeth(SHEDs) obtained from Rett syndrome(RTT) patients. We analyzed normal

MeCP2-expressing SHEDs and MeCP2-deficient SHEDs derived from RTT affected children, and found that
the neurite outgrowth defects observed in MeCP2-deficient DNs were ameliorated by the addition of
BDNF known as mitochondria activator. We also found that extracellular BDNF protein levels were
decreased in MeCP2-deficient DN, despite increased BDNF mRNA expression. This suggests that
extracellular secretion of BDNF may be impaired in MeCP2-deficient DN.
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