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In a supplementary budget announced in
January, the Japanese government bank-
rolled Y300 ($3.2) billion into programs
pushing for technology translation and, in
particular, induced pluripotent stem cells.
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B et Sk eting Authorisation Applications (MAA) for ATMP
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2011 2012 2013

Submitted MAAs 1 2 3 1 10
Positive draft Opinion 0 1" 1 1 4
- — = . R - — o Corresponding
RERZBICESFERBENLF—DTEORBTERIGEECTFAEEIHDOHA 0 3 ATMPs
Negative draft Opinion 1 0 1" 0 0 2
S = s R o sl Corresponding
AEDNBRFERYTIT ! (N\—FILAEL?) !: to 0 ATMPs’
Withdrawals 1 1 0 0 2 4
Ongoing MAAs 3
i Same prcldddct {[Ceiripm]] =L. EUTORREB &N
Il Same product (Glybera srb i < o
* MAAs subsequently withdrawn or re-examinated. LTS DHITTIEZRL

Scientific recommendation on advanced therapy classification

2009 2010 2011 2012 2013 Total
Submitted 22 19 12 17 9 84
Adopted 12 27 12 14 12 79

http://www.ema.europa.eu/docs/en_GB/document_library/Committee_meeting_report/2013/04/WC500142879.pdf
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(Medicinal Products Act (15 AMG), section 4b)
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Somatic Cell
Therapy MP

A\l

Gene Therapy MP

TEPs

Total: 31

http://www.pda.org/Presentation/2011-PDA-Europe-Workshop-on-
Advanced-Therapy-Medicinal-Products/Plenary-42-Egbert-Flory.aspx
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More Choices,

Better Health

Free to Choose
Experimental Drugs

By Bartley ). Madden

Preface by Vernon L. Smith
2002 Nobel Laureate in Economics

Gontrol of
Medical Decisions

DTVt AXHE]“Free To Choose Medicine” %
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About v Our Fight v Our Allies Our Angels

Andrew Grove is the
former Chief Executive
Officer of Intel Corpo-
ration. He is a patient
advocate at the Univer-
sity of California, San
Francisco.

"Every drug for cancer and other serious life
-threatening ilinesses that the Abigail
Alliance has pushed for earlier access to in
our ten-year history is now approved by the
FDAI There is not one drug that we pushed
for earlier access to that did not make it
through the clinical trial process. Many lives
could have been saved or extended, if there
had been earlier access to these drugs!"
-Frank Burroughs, Founder

The current count is 20 drugs and vaccines!
EVEN the FDA's own Science and
Technology Board in their late 2007 report
recommended there be a provisional
approval mechanism for promising new
drugs.

MAN OF THE Y}

Rethinking Clinical Trials

THE BIOMEDICAL INDUSTRY SPENDS OVER $50 BILLION PER YEAR ON RESEARCH AND DEVEI
and produces some 20 new drugs. One reason for this disappointing output is the by
U.S. clinical trial system that requires large numbers of patients. Half of all trials are
80 to 90% of them because of a shortage of trial participants. Patient limitations alg
large and unpredicted expenses to pharmaceutical and biotech companies as they ars
to tread water. As the industry moves toward biologics and personalized medicine, tl
tation will become even greater. A breakthrough in regulation is needed to create
that does more with fewer patients.

The current clinical trial system in the United States is more than 50 years
architecture was conceived when electronic manipulation of data was limited, sl
expensive. Since then, network and connectivity costs have declined ten thousar

data ctarace encte nvar a millinn_fold and comnntatinn encte hu an
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(ATMPs guidance)

http:/www.mhra.gov.uk/Howweregulate/Advancedtherapymedicin
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EDITORIAL

VOLUME 16 | NUMBER 5 | MAY 2010 NATURE MEDICINE

Regulators must step up stem cell oversight

A growing number of clinics are offering cell therapies that remain untested in rigorous clinical trials. Although the
scientific community has chided the use of unproven treatments, we need less talk and more action in regulating
stem cell therapies.
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Texas prepares to fight for stem cells

Enthusiasm for un ved treatments worries regulators.

Stem-cell therapy t

A boom in unprov

\[ exas stem-cell provider under FDA gun
Oct 2012 | 12:50 BST | Posted by David Cyranoski | Category: Biology & Biotechnology

September, Natfure predicted a stem-cell showdown in Texas, between the US Food and Drug

happening.
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inistration (FDA) and a company providing unproven stem-cell treatments, and that seems to be

In a severe “warning letter” posted on the agency's website this week (but dated 24 September 2012), the
FDA told Celltex Therapeutics of Sugar Land, Texas, that its stem-cell products fall under FDA regulation and
need to be approved before use in patients. The company lacks such approval but has been providing them
to physicians who then inject them to paying patients for pricey, unproven clinical treatments.
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“It is easy in an outburst of hope to start a difficult undertaking,
but it takes courage to bring it to conclusion”

Ty DRy IT7—
(K:#EEFHE, 1902~1983)
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