HOW CAN WE ACCELERATE
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THERAPY DEVELOPMENT
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OF CLINICAL TRIALS
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UNDERSTANDING DISEASE

m ACHIEVING EFFECTIVE CELL REPLACEMENT
THERAPY REQUIRES KNOWING MORE THAN
JUST WHICH CELLS ARE DEFECTIVE OR DIE

m EXAMPLES OF DISEASES WHERE MULTIPLE
CELL TYPES CONTRIBUTE
TYPE 1 DIABETES-ABERRANT IMMUNE SY STEM

AMYOTROPHIC LATERAL SCLEROSIS-OTHER SPINAL
CORD CELLS ARE IMPORTANT CONTRIBUTORS
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SOME SPECIAL SAFETY ISSUES
WITH STEM CELLS

m AFTER CELLS ARE TRANSPLANTED, DO THEY
STAY WHERE THEY WERE PUT?

WHERE DO THEY GO?

m WHAT |[F TRANSPLANTED CELLS DO
SOMETHING BAD?
THE CASE OF PARKINSONS DISEASE

THE CASE OF SEVERE COMBINED
IMMUNODEEICIENCY

m THE BOITOM LINE-ENHANCING SAEETY IS LIKELY TO
REDUCE CONCERNS ABOUT INITTATING NEW CLINICAL
TRIALSWITH STEM CELLS
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COMMUNICATING ACCURATELY

m WHAT ISA CLINICAL TRIAL?

A CLINICAL TRIAL ISA SERIES OF EXPERIMENTS WITH HUMAN
VOLUNTEERS TO DETERMINE WHETHER A NEW THERAPY |S
SAFE AND EFFECTIVE



FROM PHASE 1/2 CLINICAL TRIAL
TO CURE IN A FEW HOURS

I P RELIMINARY
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Autologous Nonmyeloablative
Hematopoietic Stem Cell Transplantation
in Newly Diagnosed Type 1 Diabetes Mellitus
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Context Type 1 diabetes melitus (OM) resulls from a cell-mediated auleimmune
attack against pancreatic beta cells. Proviow mal and chnical studies suggest that
mnde TEURGsUpprEssion in newly diagnosed type 1 DM ca nt further loss
of insulin production and can reduce insulin needs
Objective To determine the safety and metabalic effects of b Yott IS
pression followed by autologous nonmyeloablative hemat rtic stem cell transplan-
tation (AHST) in newly diagnossd type 1 DM
Design, Setting, and Participants A prospective phase 1/2 study of 15 patients
with type 1 DM (aged 14-31 years) diagnosed within the previous 8 weeks by cinical
findings and hyperghyeenia and confirmed with positive antibodies agairst ghutamie acid
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Results During a 7- to 26-month folkew-up (mean 18.8), 14 patients became insulin-
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. EDITORIAL

Editorals repecsont the opinions
of the authors and JAMA and not those of
the American Medical Assockation,

Cellular Therapy for Type 1 Diabetes
Has the Time Come?

Jay 5. Skyler, MD

In the 1990s, several groups examined the potential use of
BMT fortype 1 DM, particulardy focusing onanimal models 1o

JAMA 297:1599 (2007)

« Expectations are an important
part of political warfare »» David

Davis
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From The Times
April 11, 2007

Diabetics cured in stem-cell treatment
advance

MY PROFILE

David Rose

Diabetics using stem-cell therapy have been able to stop taking
insulin injections for the first time, after their bodies started to
produce the hormene naturally again.

In a breakthrough trial, 15 young patients with newly diagnosed
type 1 diabetes were given drugs to suppress their immune
systems followed by transfusions of stem cells drawn from their
own blood

The results show that insulin-dependent diabetics can be freed
from reliance on needles by an injection of their own stem cells.
The therapy could signal a revolution in the treatment of the
condition, which affects more than 300,000 Britons.
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A SERIOUSALTERNATIVE
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