
January 12, 2007 
 
 
 
Division of Dockets Management (HFA-305) 
Food and Drug Administration 
5630 Fishers Lane, Room 1061 
Rockville, MD  20852 
 
   RE: Federal Register
    Proposed Rule:  Food and Drug Administration 
    Docket No. 2006N-0061 
    Promotion and Charging of Investigational Drugs 
    21 CFR Part 312, RIN 0910-AF13                
 
Dear Sir or Madam: 
 
The National Organization for Rare Disorders (NORD) is a non-profit voluntary 
health agency dedicated to the identification, treatment, and cure of rare “orphan” 
diseases through programs of education, research, advocacy, and services.  
There are an estimated 25 million Americans with rare disorders that are defined 
under the Orphan Drug Act of 1983 as diseases or conditions that each affects 
fewer than 200,000 Americans.  There are approximately 6,000 known rare 
disorders. 
 
We are concerned that FDA’s Proposed Regulation, “Charging for Investigational 
Drugs,” may have serious consequences for patients.  The rule suggests that 
reimbursement may often be requested when the cost of manufacturing is 
extraordinarily high, when an approved drug must be obtained from another 
manufacturer, and when sponsor-investigators conduct small trials at single sites 
and are not conducting the research for commercial purposes. 
 
We agree that academic-based clinical research on approved drugs for off-label 
uses that are commercially less viable is very important and should be 
encouraged.  Academic investigators tend to have limited funding, and will likely 
benefit from recovering some of their costs.  However, we are concerned that the 
proposed rule will enable for-profit companies to charge for the most expensive 
investigational drugs that are unaffordable for most patients. 
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In the real world, health insurance polices will not pay for investigational therapies. As written, the Proposed 
Rule will make investigational drugs available to wealthy people, and those who cannot pay will be omitted.  
Additionally, by definition investigational drugs are not yet proven safe or effective, but under the rule FDA will 
enable companies to charge for drugs that may have absolutely 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 companies 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 world.  We suggest that permission 
to charge for an experimental treatment should be tied to a requirement that a percentage of drugs will be 
provided at no cost to uninsured patients and patients whose insurer refuses to pay.  Academic investigators 
should also be required to put aside a percentage of drugs that will be provided to patients who cannot afford to 
pay.  If FDA does not assure access to an investigational treatment 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 
scientific purposes, it would be a grave mistake to allow access to a limited class of patients (while others who 
are just a desperate are denied access). 
 
Unfortunately, the FDA does not regulate the health insurance industry.  Nevertheless, it is critically important 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 allowed to charge patients, there will be even fewer volunteers.  If only the wealthy can 
afford to participate in research, it could trigger a class struggle with enormous political repercussions.   
 
The patient community wants fairness and equity in all expanded access programs.  They don’t want to know 
that an aunt of the company’s CEO got the investigational drug, but their neighbor didn’t.  Allowing cost recovery 
for experimental treatments sets the stage for serious financial 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 inclusion 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 least 
25 percent and as much as 50 percent of applicant patients who wish to participate in clinical 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, 
 
Abbey S. Meyers, President 
National Organization for Rare Disorders (NORD) 
P.O. Box 1968 
Danbury, CT 06813-1968 
www.rarediseases.org 
meyersa7@rarediseases.org 
phone: 203-744-0100 
  
 
       
 
    
 
 
 


