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NCCS and ASCO cocnrnend FBA, and especially the ne~v ~v Office of Oncology Drug 
Products, for their enhanced dialocue with the cancer cotYintunity on iissues related to endpoint 

sand other criteria for approval of new products . Moreover, during the past f¬;ti~~ years, there has 
been a greater willingness by ~DA to apply innovative approaches to reviw~,v and approval of 
new, drugs for cancer. The Subpart H regulation allowing, for'`acceleratec approval" has been 
utilized frequently to approve drugs for marketing on the bast's of phase II data reflecting success 
iii surrogate endpoints that are reasonably likely to predict clinical benefit.' Thus, cancer 
patients are able to access new drugs much more rapidly than in the past, thanks in significant 
part to FDA's recent efforts. 

Despite the greater rapidity with which many cancer drugs now rec,ei~~e marketing 
approval, there is nevertheless a continuing demand for access to new drugs prior to marketing 
approval and outside the context of clinical trials . Interest in investigatiflnal drugs is stimulated 
more than ever by infori77atiafi obtained through the internet or froln the many highly rnotivated 
patient advocacy groups . It is understandable that patients without other treatment options would 
seek access to promising therapies even if they are unpraven . NCCS anti .4SCQ endorse 
expanded access to investibational drugs iar-patients wllo are not eligible to participate in clinical 
trials, but only so long as accrual to ongoing trials is not impaired and the marketing approval of 
the drug is not delayed. The best access for the greatest number of patients will incvitably i1o~v 
from marketing approval, which should not be deterred by any expanded access program. 

Industry sponsors seem to agree that expanded access is desirable . In fact, the drug 
developnieilt process increasingly involves expanded access in one form or another . There is, 
however, great variability, which creates LiY1certainty for patients and their physicians . Industry 
itself seems somewhat unclear about the opportunities and requirements related to expanded 
access, which likely leads to delays in the development and implementation of such programs . 
Therefore, ̀ 1CCS and ASGO stroncyly urge the issuance of FDA Guidaiice To Industry regardin~ 
the appropriate circumstances and applicable standards for expanded access programs so that 
they may proceed efficiently and with a certain degree of ti~ziforn~itj~, recognizing that some 
variability is unavoidable . 

FDA lZe2ulatioYi of Expanded Access 

FDA regulations feature several different mechanisms for access to unapproved drugs 
o ide of clinical trials . Individual paticiits may obtain access to unapproved drugs through a utsi I I I 
44special exception," also known as "compassionate use."2 In an "e1rier(Tericyr" setting, such 
access inay be obtained even Nvitlzout filinp ; an invest igational nev,~ drug (II~,I~) application 

' 21 C.F.R . § 314.5,00 et seq. 
' 2 1 d. ~ 312 .3>. 
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beforehand.' Under certain circumstances, expanded access may be riiadc available on a more 
systematic--i.e ., beyond individual----basis through the "treatment ,IND" m;,chanisni .4 

Single-Patient Access 

The existing regulations envision that individual patients may obtain access to 
unapproved investigational drugs under defined conditions, including submission of a protocol, 
review by an institutional review board (IRB), and prior notification of FDA through a treatment 
IND request (except iii cases of emergency, when the IIdrD request may be submitted 
subsequently). Requests may be submitted either by the sponsor or by an individual physician . 
In either case, cooperation of the sponsor is necessary, and a licensed practitioner is required to 
receive and administer the investiga-tional d; ug. 

Single-patient access imposes Substantial, burdens on bath sponsors and physicians, 
particularly in light of the fact that each application must be processed Individually . Sponsors 
'can facilitate the necessary paperwork somewhat by having standard protocols and model . 
consent forms available, but the facts of each case will offer sufficient -variation so that 
economies of scale are difficult to achieve. Even if sponsors can sinootl.Y the process in this 
fashion, the burden on individual physicians remains significant, particularly for those in 
corninunitypractice without the supportive infrastructure associated Nvith clinical research . Also, 
because third-party payers do not generally cover the cost of in:,-estigationsil therapy outside the 
clinical trial setting, reimbursement for the resources necessary to administer the drug may not 
be forthcoming. 

'JCreatment INDs 

More systematic access to unapproved drugs for numerous individuals rather than single 
patients can be provided under the treatment IND nlechanisrrC' Treatment INDs arc applicable 
only to drubs for serious or life-threatening diseases . The regulation provides-. 

"in the case of a serious disease, a drug ordinarily may be made available . . . during 
Phase 3 investigations or after all clinical trials have been completed ; however, in 
appropriate circumstances, a drug ni ay be made available for treatn:ient use during Phase 
2 . In the case of an vnrrcediately Iife-threatening disease, a drug mav be made available 
for treatment use . . . earlier than _Phase 3, but ordinarily not earlier than Phase 2." 

In order to justify access to multiple persons under a treatment iND, the drug must not 
only be intended to treat a serious or immediately life-threatening disease, but there must also be 
a showing that : 

3 Td . § J 12 .3 6 . 

4 za : § 3i-1 .34 . 
5 Id . 














