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Werner syndrome (WS) is a rare human autosomal recessive premature aging disorder
characterized by early onset of aging-associated diseases, chromosomal instability, and cancer
predisposition. Severe symptoms of the disease, such as leg ulcers, cause a significant decline in the
quality of life in patients with WS. This study was aimed to establish rejection-free iPS cells whose
mutation in WRN gene is corrected by genome editing, and to develop a new therapeutic strategy for WS.
Patient-specific iPS cells were generated and transfected with TALE nuclease vector targeted to the
mutated WRN gene and a donor vector designed to replace with the mutated allele, and clones whose WRN
mutation was successfully corrected were identified.

These clones will be evaluated that show characteristics equivalent to iPS cells from healthy individuals
when differentiated into affected cells in the patient.
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