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Gene therapy Ell'i IJ \

gives patients : E

a healthy ™
version of a
defective gene —— — -
cell has healthy gene cell function
defective gene IS introduced IS restored

stiude.org/gene-therapy.

ALSAC + Dasny Thomas, Feu

T : : St. Jude Children’s
0 learn more about gene therapy at St . Jude, go to k rch Hospital
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summer of 2014 at the University of Kansas Medical Center. The one-shot dose ) O m %gmﬂﬂ E
is 20 microliters, or about half a droplet, which matches the volume of a 2 é /:B E %Eﬁ é

cochlear implant device. ) ,EH _J-Ea- .

With this experimental drug, Staecker speculates that someone like the
firefighter with severe hearing loss might improve to moderate hearing loss,
potentially becoming a good candidate for a hearing aid, a solution that could
provide more natural sound quality than a cochlear implant. A person with
moderate loss might move to mild loss or nhormal hearing. Evaluation of the first
patient will begin in a few months, but trial results are not expected for several
years. Only then will researchers have a clear picture of the drug’s efficacy and

safety in patients. 20 1 4E_%BE#E*HEH%

Looking further into the future, if the trial results should be positive, this
experimental drug might also pave the way for the development of a host of
inner-ear medicines to treat hearing and balance troubles}
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It held the promise of restoring lost hearing by prompting dead hair cells in the cochlea to revive and regrow but that hope has

Andres Godinez/Flicke

now been put on hold.

Pharma giant Novartis has suspended the clinical trials of the experimental treatment CGF166. One of the lead investigators, \‘ »
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Columbia University’s Dr. Lawrence Lustig, says, “We were not getting the results we’d hoped for.”
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