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To investigate the molecular pathomechanisms of Dravet syndrome, we use induced
pluripotent cells (iPSCs) from a Dravet syndrome patient. These cells demonstrate the dysfunction of
their inhibitory neurons. We use TALEN gene editing techniques to repair abnormalities in the SCN1A gene
of the patient’ s iPSCs and, in doing, so, see the potential of repaired cells for Dravet syndrome
treatment, the iPSC abnormality is corrected with no effect on other parts of the genome. In addition,
the SCN1A mutation is introduced iPSCs from a healthy individual. These repaired and mutated iPSCs allow
the pathomechanisms of Dravet syndrome to be studied from an isogenic perspective, and with the gene
editing system should provide new therapeutic measures for epilepsies such as Dravet syndrome.
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