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Elucidation of paththysiology and development of drug discovery platform using
human deciduous tooth-derived stem cells to Rett syndrome
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Rett syndrome §RTT) is a neurodevelopmental disorder caused by loss of
function of MeCP2, however, its molecular mechanism remains unclear. In this study, we investigated
the mitochondrial factors related to the developmental defects of the dopaminergic system in RTT.
Stem cells in patient-derived deciduous teeth were used for differentiation into dopaminergic
neurons and for molecular biological analysis. We found that PGC-la was clearly downregulated in
RTT-derived neurons. Dopaminergic dysregulation in the brain of RTT may be associated with defects

of PGC-la -mediated mitochondrial activation pathway that can provide the potential therapeutic
targets of RTT.
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