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The National Organization for Rare Disorciers (tdORD) is a non-profd voluritary 
heatEh agency ded~qted to the identification, treatment, and cure of rare °orphan' 
diseases through programs of ~lucation, research, advocacy, and services . 
There are an estimated 25 mllion Americans with ra~e disorders that are defined 
under #he OrpMan Drug-Act of f 983as-diseases or cenditions that saeh affeets 
fewer than 20Q000 Americans. There are approximately 6,000 known rare 
disorders . 

We are concemed that FDA's Proposed Regulation, °Charging for Investigational 
Drugs,' may have serious consequences fw patierhs . The nale suggests that 
reimbursemer~t may often be requested when the cost of mar~ufacturing is 
e~ctrattu:i~inarily hi~h, when an approved drug must be obtained from another 
manufacturer, and when sponsor-investigators conduct small trials at single sites 
and are not conducfing th~e research for commeraal purposes . 

We agree that academi~based cFrnical research on approved dnigs for off-label 
uses that are commerciafly less viable is very important and should be 
encouraged. Academic investigators tend to have Iimited funding, and witl tikely 

ree benefd frorn Fecovering some of their costs_ However, we are concemed that the 
proposed rule will enable for-profit campanies to charge for the most expensive 
investiqaUonal ~rkgs Uiat are unaffordable for most patients . U 
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tn the reaf world, heatth insurance polices witl noY pay for invesiigational therapies . As wtitten, the Proposed-
Rule will make investigational drugs availabie to wealthy people, and those who cannot pay will be omitted. 
Additionally, by definition investigational drugs are not yet praven safe or effec#ive, but under the rule FDA-wiH 
enable companies to charge for drugs that may have absolufeiy no benefit to patients, and may every pose 
safety problems. 

We suggest that the agency separate the two types of sponsors : Academic investigators without commercial 
sponsors, and companiss that are developing drugs or diagnostics for-profit. We agree that the cost of drug 
development is the cost of doing business in the commercial pharmaceutical worid. We suggest that permission 
to charge for an experimental treatment should be tied to a regui~ement that a pe~centage of drugs will be 
provided at no cost to uninsured patients and patients whose insurer refuses to pay. Academic investigators 
shouid also be required to put aside a percentage of drugs that will be provided to patients who cannot afford to 
pay. If F~A does not assure access to an investigational trea#mer~t based on medical criteria - not financial 
ability to pay - only the wealthy will have access, and the poor will be barred from the system. For humane and 
seierrtifie purposes, it wau[d be a grave mistake to aitow aecess to a limited class of patienfs (while ofher-s who 
are just a desperate are denied access). 

Unfortunately, the FDA does not regutate the health insurance industry . Nevertheiess, :it is atiticaNy impcartant for 
the agency to understand the reality of the insurance world, and the obstacles it presents to patients who wish to 
participate in clinical trials . Companies currently complain that they cannot recruit enough patients in clinical 
trials; but if they are al~owed to charge patients, there will be even fewer volunteers . if only the wealthy can 
a¬ford to-participate in-research, it could frigger a ~Iass stnaggle with enormous potitical repercassions. 

The patisnt eommunity wants faimess and equitq irt afl expanded access programs . They dort't want to know 
that an aunt of the company's CEO got the investigational drug, but their neighbor didn't. AIIowing cost recovery 
for experimental treatments sets ihe stage for serious financiat barriers that can be insurmountable to ordinary 
people, which will be added to other existing barriers such as distance from the research site, cost of travel, 
protocol inGusion and exclusion criteria, other medical and living costs, day care, and other responsibilities . 

We hope FDA will adjust the proposed rule to require sponsors to provide free investigational drugs to at leasi 
25 percent and as much as 50 percent of applicant patients who wish to participate in ciinicai trials, but cannot 
afford to do so. The more expensive a drug is, the less likely that patients will afford a drug . 

Very truly yours, 

AbbeyrS. eyers~ 
President 
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