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At Risk for Huntington's Disease

HD is a genetically caused brain disorder that causes uncontrollable bodily movements and robs
people’'s ability to walk, talk, eat, and think. The final result is a slow, ugly death. Children of parents
with HD have a 50-50 chance of inheriting the disease. There is no cure or treatment.
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underway last night in anticipation of key presentations on progress towards
treatments, including the successful Phase 1/2a Jonis Pharmaceuticals gene-
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CHDI Conference Opens
with Overflow Crowd

Gene Veritas

14:07 |

CHDI
Conference Opens with Overflow Crowd from Gene Veritas on Vimeo.

‘Huntingtin lowering’ and other main themes

Scientists and patient advocates eagerly await the March 1 presentation of the
Ionis Phase 1/2a clinical trial, in which IONIS-HT TRy successfully lowered the
amount of the mutant huntingtin protein in participants’ cerebrospinal fluid.

The trial aimed not to study efficacy but safety and tolerability. The next phases of
the trial remain a major hurdle: to test whether the drug can actually alleviate or
reverse symptoms.

The Tonis contingent at the conference includes Frank Bennett, Ph.D., Ionis senior
vice president of research and the franchise leader for the company’s neurology
programs, and Anne Smith, Ph.D., the Tonis director of clinical development and
the individual responsible for the day-to-day management of the trial.

Dr. Smith will present the Ionis results along with Sarah Tabrizi, FRCP, Ph.D., of
University College of London, the lead clinical trial site.

In addition to so-called “huntingtin lowering” strategies such as the lonis drug, the
main conference themes include potential therapies for fixing brain circuitry; the
use of stem cells to better understand HD and develop treatments; the interplay of
the huntingtin gene and DNA dynamics; and huntingtin protein structure and
function.

The opening day also featured a resource fair, with research tools and databases
available for HD research and developed by CHDI, partner organizations, and

contract research organizations.

(Disclosure: I hold a symbolic amount of lonis shares.)
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Jen Ware, Ph.D., CHDI's director for experimental design (right), explains a new
CHDI research resource, the Independent Statistical Standing Committee,
intended to provide independent, unbiased evaluation and expert advice regarding
experimental design and statistics (photo by Gene Veritas).

Posted by Gene Veritas at 11:31 AM ™M B @)

Labels: CHDI Foundation , clinical trials , DNA , genetics , HDSA , huntingtin
lowering , Huntington's disease , Ionis Pharmaceuticals , IONIS-HTT-Rx , Parker Palm
Springs , pharmaceutical industry , Robert Pacifici , stem cells
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