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Recombinant
meganucleases to treat
genetic diseases

Summary

Recombinant meganucleases may be useful for treating diseases

caused by single-gene mutations. The DNA-binding region of the
meganuclease I-Cre was modified to target the xeroderma pigmentosum,
complementation group C (XPC) gene. In vitro and in a CHO cell
gene-targeting assay, two modified meganucleases exhibited nuclease
activity against XPC with less off-target DNA cleavage compared with
that seen using zinc-finger nucleases or a low-specificity meganuclease.
Next steps include evaluating the engineered meganucleases in animal
models.
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Licensing status

Engineered
meganucleases are
patented; available
for licensing from
Cellectis S.A.
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