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                Sangamo Therapeutics' preliminary results from a trial of its first in vivo zinc finger nuclease genome editing therapy suggest that its mucopolysaccharidosis II (MPS II) treatment is safe and may yet prove to be effective. The early-stage data on SB-913, disclosed on September 5, were not sufficiently convincing for many investors, however, who drove down its share price by over 30%. Other genome editing companies, pursuing completely different approaches, were also caught up in the sell-off. As the first therapies based on the CRISPR-Cas9 system near the clinic (Table 1), investor skittishness is likely to increase further.
Table 1 Selected genome editing programs in human testing or preparing for trialsFull size table

The nervousness probably reflects the mismatch between the time horizons attached to developing innovative technologies and the more short-term considerations that often drive investment decisions. Even if some investors have already reached their conclusions about the potential of Sangamo's zinc finger nuclease (ZFN) genome editing platform in general and about SB-913 in particular, it is still too early to judge with any degree of confidence whether the trial is a success or a failure. What's more, a narrow focus on efficacy and what is still an incomplete dataset diminishes the significance of Sangamo's technical achievement in safely introducing a permanent change to the genomes of a subpopulation of patients' cells. â€œIt's a spectacular milestone in the history of medicine in general,â€� says AndrÃ© Choulika, chairman and CEO of Paris-based genome editing firm Cellectis, which is developing transcription activator-like effector nucleases (TALENs). â€œI don't know if people are getting it. It's as important as going to the moon for me.â€�
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