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                Intellia Therapeutics broke ground in November when the first patient was dosed with its CRISPRâ€“Cas9 gene editing therapy to treat hereditary transthyretin amyloidosis (hATTR) with polyneuropathy. It is the first CRISPR-based drug candidate to be delivered systemically in clinical trials, and was co-developed with Regeneron under a 2016 collaboration for in vivo CRISPR-based therapies.
The first in vivo CRISPRâ€“Cas9 therapy to reach the clinic, in March, was Editas Medicine and Allerganâ€™s EDIT-101, to treat congenital blindness caused by Leberâ€™s congenital amaurosis type 10. EDIT-101 is delivered into the eye by subretinal injection. Also earlier this year, a pioneering trial that re-infused T cells edited ex vivo to disrupt PD-1 read out positive safety data in patients with advanced non-small-cell lung cancer. But systemic delivery of a CRISPR-based therapy is a new step in which the therapy circulates in the bloodstream following intravenous administration. This comes with potential risks of off-target effects, including oncogenic mutations and delivery beyond the targeted organ. Intelliaâ€™s therapy, NTLA-2001, is delivered via lipid nanoparticles designed to specifically target the liver.
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