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Suppression of PHOX2B (+7Ala mutant) expression by antisense nucleic acid
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él) ASO screening was performed using mini-genes containing Ex1-Ex3 of
PHOX2B from genomic DNA derived from patient samples. Four ASOs that specifically suppress the
expression of PHOX2B(+7Ala mutant) mRNA were obtained. (2) Four iPS cell lines were established from
patient-derived blood samples and induced to differentiate into PHOX2B-expressing neurons. In the

future, the effect of ASO on PHOX2B (+7Ala mutant) mRNA suppression will be evaluated in the
differentiated neurons.
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