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matology, and Na-
tional Health Ser-

American Society o

able, long-term FIX protein production through a

Researchers from the St. Jude Children’s R#gle administration of the therapy. This could r¢g
search Hospital in Memphis, TN, and the Universigéice or even eliminate bleeding episodes in he
College London (UCL) recently reported the resul@ilia B patients.
from a hemophilia B gene therapy trial that focused
on safety. The lead investigators of the study were
Amit Nathwani, MD, PhD, UCL Department of Hetal vector does not trigger inhibitors, antibodies
the factor product, which occurred in previous stuyd

Investigators

Hemophilia B Gene Therapy Safety Trial
Yields Promising Results

The early results suggest that the experi

P——

vice Blood and [ \~ ° - ——r——x— increase the dosage
Transplant, United - / - ,) again. The third and
Kingdom, and An- - T e highest dose of the novél
drew Davidoff, MD, e - gene-vector combinatio
chair of the St. Jude 6 - . is scheduled to be in-
Department of Sur-| «—~— -y - | fused into the fifth and
gery. The study datﬁl . sixth study participants
were presented at Y v by mid-January 2011.
the 529 Annual . /‘ Investigators will then
Meeting of the . . ‘ decide whether to expaifd

et the trial to include four

Hematology in Or- Y J T N more adults with severe

lando, FL, on De- = hemophilia B. The study

cember 6, 2010. i~ VEPF>ORR will proceed cautiously,
using small numbers of

reported no evidence of toxicity (a substance’srhaf's are sure the treatment is safe.
fulness) in the four patients with severe hemoaghili

n-

ies. The next step is to

subjects, until research-

B —enrolled in the phase I/1l trial, all of whom ree “Early Clinical Trial Results Following Administra
recruited by the UCL/Royal Free Hospital. St. : , !
Jude’s and UCL used low and intermediate doses/¥feno-Associated Viral Vector Encoding Human
the therapy, which has been in development for nfcgtor IX in Two Subjects with Severe Hemophil
than 10 years. The gene therapy technique for th&” Was presented at the ASH meeting as Oral a
trial uses adeno-associated viruses (AAV). AAVs,Poster Abstract #248.

small viruses that do not cause disease and produce ,

mild immune responses, were used as vectors  Source: PR Newswire, December 6, 2010
(delivery vehicles) to introduce a functioning fact

IX (FIX) gene into the liver cells of subjects with

hemophilia B. The goal of the trial is to trigge+ v

tion of a Low Dose of a Novel Self-Complementafy
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Deserving members of the bleeding dis

a $2000 annual scholarship for secondary or
higher education. Two $2000 scholarships ar
available. Applicants must have prior participa

or planning to attend school in Virginia.
Deadline is May 6th 2011.

Applications and details are available
online at http://vahemophilia.org/
index.php/lyman-fisher-scholarship

der community and their families are eligible for

or-

1%

&

tion with the chapter and be a resident of Virginia
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400 Holiday Trails Lane
Charlottesville, VA 22903
Ph. (434) 977-3781

Fax (434) 977-8814

campis-
good@campholidaytrails.org

www.campholidaytrails.org
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