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aut of the darkness,
1A the light .

Mark B. McClellan, M.D., Ph.D.
Commissioner

Food and Drug Administration

Bldg. PKLN, RM 1471, Mail Stop HF-1
5600 Fishers Lane

Rockville, MD 20857

Dear Commissioner McClellan:

Re: June 11, 2003 Citizen Petition of the Abigail Alliance
and Washington Legal Foundation

We are writing to urge you to reject the relief sought in the June 11, 2003 citizen
petition from the Abigail Alliance and Washington Legal Foundation. The citizen
petition proposes a new “Tier 1" drug approval program that would make
experimental drugs in Phase | clinical trials available to terminally ill patients
outside of clinical trials.

As you know, the National Organization for Rare Disorders (NORD) is a non-profit
voluntary health organization dedicated to the identification, treatment and cure of
rare "orphan” diseases. We have always been concemed about access to
investigational treatments for people who do not qualify for clinical trials, and those
who live too far away from clinical sites. Therefore, the Orphan Drug Act of 1983
contains provisions for pre-approval access to promote availability of experimental
therapeutics. A few years later, at the height of the AIDS epidemic, FDA
Commissioner Frank Young issued “Treatment IND” regulations that formalized
the pre-approval access process for all serious and life-threatening diseases
without satisfactory therapeutic alternatives. Thus experimental treatments in
Phase |l trials are allowed to be given to desperately ill patients,

More recently FDA has allowed distribution of experimental drugs and biologics
through a variety of other expanded access programs, even though the agency
has not published regulations to structure the process. NORD has been privileged
to administer the computerized random selection component of several of these
pragrams so we are sensitive to the intense emotional issues that these families
are dealing with. Ordinarily there will be a limited supply of the investigational drug
with an unlimited number of patients who want it, The computerized random
selection process (known commonly as a “lottery”) is a structured incorruptible
system to ensure that names will be selected fairly and all applicants will have an
equal chance of being selected.

Aend Mulma aliemney Apegciaion (AMDA)
A arenn Aupgimiiing Fuldiml Damaes Appociawon
Amesean Buhood's Dmaase Avgogiation
Bovwican Sol Holp Grwp Glewlnglouss
Amyadmgnk: Lates ol Scheron [ALS] of Gioatis
Piwlabulphin Clinplos
Avawemtem b Poopky Wil v Ve Lidwaizgn
yrd s (CMTC)
AT Cohilrhian's Pasyest
[Tha) ULH3 1 anuly Fiotwesk Fuundntion

Canad

Chikhran's FKLI Ntk
Cheonagdinu Dubbion Dytreach Ine,
Chuare

LMy

Camaurtium of Muligle Sehyivis Contea

Aszeglate Homber Organlcationa
F oy Buppod fatwork ol Hoh Casdiine
1 rpoman Shaidon Plianl Buppar Gmup
Hythitephukin Aapacialnn
Jimortta PR TAON b
KT Suppod roup
Lutn Unast Vay-Sache Foundation

Fra——

+ Leamond Sy

Lioghaty lov Propuunanm Supanucteos Mayy, Inc,
Sedda Symetiome Suppol| Asgackson
Fobayasss Auleydin Ao ambant

Wt Ovggmnaralon for Rarg Owdicha s [COHLY Natasosl ngde; [y 3ahom A

Ui Acdeinlh Axincolon
Crstacpieon and Haliled Bova Dissaina Makongl
i

™ £

Oaaure & Cantas
Parsrd s Pusunt Nmw Zoaland, b

Rata &1 sponssve Disdan Managemen Proglem

Comlnct & E3maly Las Tyrnas ALS Foundution, Lia (L]

Cyrhang Buppant & Iaaateh Fopndapn, ke Mscy Medomnl mutti 1 Fuapeaipey Pag F A AT g N, Fof nemwil
cunenoio Maimanal Lymphndema Nogwad, | Fratvna | nga Syndmome Foundabon lalng. plmoge gortect the NORAD oflks,

Fumay Carogowos Aliaven Pick (Ngnags b Harcond Morworhlng Azsacston Ve BT

Dedicated to Helping People with Orphan Diseases



2757 P-
Sep 18 03 02: 29p NORD 203 798

Mark B. McClellan, M.D., Ph.D.
Commissioner

September 18, 2003

Page Two

We believe the proposed Tier 1 system from the Abigail Alliance is bad medicine. It proposes to give
people with life threatening conditions access to experimental drugs that have no evidence of safety
or efficacy. Phase | trials are aimed at toxicity, not efficacy, and their results do not prove that they
have a clinical effect. it is estimated that 90 percent of treatments in Phase | clinical trials do not go on
to further development because they are eilher unsafe or clearly ineffective. Thus every patient
entering a “Tier |” program would have only a 10 percent chance of either not being harmed, or
possibly benefiting. Moreover, it would greatly diminish the chances of fully enrolling Phase |l or Il
trials because patients would likely opt for the chance of receiving active drug under Tier 1, over
possible placebo in Phase Il or L.

Additionally, we are gravely concermned that concepts such as “Tier 1” are adding to the problem of
“therapeutic misconception.” Some patients feel that experimental therapies are their “last chance”,
whereas there is actually no realistic evidence that most Phase | experimental drugs represent a
reasonable treatment. History shows that virtually every major amendment to the Food, Drug &
Cosmetic Act was precipitated by a major public health catastrophe that killed or maimed innocent
people. If FDA adopts the proposed Tier 1 concept, it will virtually wipe out the Kefauver Ham's
Amendments that were precipitated by the Thalidomide tragedy. Phammaceutical companies would
be allowed to profit from sales of drugs that have not been proven safe or effective, thus reverting
public heaith protections to the level of the 19th century.

We are concemed that sore people feel they have a “right” to medical care of their choice, and this
includes access to unapproved and unregulated therapies. However, in the United States health care
is not a right, it is a privilege, and access to treatments that are unsafe or ineffective represents a
clear threat to public health. This is why the FDA was created, and why Congress periodically
strengthens the agency's regulatory powers.

We feel strongly that expanded access to investigational Phase Il} drugs (only after Phase i studies
have shown convincing evidence of safety and efficacy) for patients with life-threatening and serious
diseases that have no adequate aiternatives should be conducted in a structured and equitable
manner, Unapproved experimental drugs should not be sold, primarily because it would remove the
incentive for manufacturers to seek FDA marketing approval. Additionally, only the richest patients
would have access because insurance will not pay for experimental therapies. It would create a two-
class system of medicine that would tear at the fabric of society, and it is morally unacceptable. We
urge you to reject the Tier 1 concept and pledge to uphold the regulations that have made FDA's gold
standard the marvel of rmodern medicine.

Very truly yours,

Abbey S. Meyers
President
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cc: Diane E. Dorman, NORD Vice President for Public Policy



