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therapy for a specified duration unless 
FDA expressly authorizes multiple 
courses or chronic therapy. 

(2) At the conclusion of treatment, 
the licensed physician or sponsor must 
provide FDA with a written summary 
of the results of the expanded access 
use, including adverse effects. 

(3) FDA may require sponsors to 
monitor an individual patient ex-
panded access use if the use is for an 
extended duration. 

(4) When a significant number of 
similar individual patient expanded ac-
cess requests have been submitted, 
FDA may ask the sponsor to submit an 
IND or protocol for the use under 
§ 312.315 or § 312.320. 

(d) Emergency procedures. If there is 
an emergency that requires the patient 
to be treated before a written submis-
sion can be made, FDA may authorize 
the expanded access use to begin with-
out a written submission. The FDA re-
viewing official may authorize the 
emergency use by telephone. 

(1) Emergency expanded access use 
may be requested by telephone, fac-
simile, or other means of electronic 
communications. For investigational 
biological drug products regulated by 
the Center for Biologics Evaluation 
and Research, the request should be di-
rected to the Office of Communication, 
Outreach and Development, Center for 
Biologics Evaluation and Research, 
301–827–1800 or 1–800–835–4709, e-mail: 
ocod@fda.hhs.gov. For all other inves-
tigational drugs, the request for au-
thorization should be directed to the 
Division of Drug Information, Center 
for Drug Evaluation and Research, 301– 
796–3400, e-mail: druginfo@fda.hhs.gov. 
After normal working hours (8 a.m. to 
4:30 p.m.), the request should be di-
rected to the FDA Emergency Call Cen-
ter, 866–300–4374, e-mail: emer-
gency.operations@fda.hhs.gov. 

(2) The licensed physician or sponsor 
must explain how the expanded access 
use will meet the requirements of 
§§ 312.305 and 312.310 and must agree to 
submit an expanded access submission 
within 15 working days of FDA’s au-
thorization of the use. 

[74 FR 40942, Aug. 13, 2009, as amended at 75 
FR 32659, June 9, 2010] 

§ 312.315 Intermediate-size patient 
populations. 

Under this section, FDA may permit 
an investigational drug to be used for 
the treatment of a patient population 
smaller than that typical of a treat-
ment IND or treatment protocol. FDA 
may ask a sponsor to consolidate ex-
panded access under this section when 
the agency has received a significant 
number of requests for individual pa-
tient expanded access to an investiga-
tional drug for the same use. 

(a) Need for expanded access. Expanded 
access under this section may be need-
ed in the following situations: 

(1) Drug not being developed. The drug 
is not being developed, for example, be-
cause the disease or condition is so 
rare that the sponsor is unable to re-
cruit patients for a clinical trial. 

(2) Drug being developed. The drug is 
being studied in a clinical trial, but pa-
tients requesting the drug for expanded 
access use are unable to participate in 
the trial. For example, patients may 
not be able to participate in the trial 
because they have a different disease or 
stage of disease than the one being 
studied or otherwise do not meet the 
enrollment criteria, because enroll-
ment in the trial is closed, or because 
the trial site is not geographically ac-
cessible. 

(3) Approved or related drug. (i) The 
drug is an approved drug product that 
is no longer marketed for safety rea-
sons or is unavailable through mar-
keting due to failure to meet the con-
ditions of the approved application, or 

(ii) The drug contains the same ac-
tive moiety as an approved drug prod-
uct that is unavailable through mar-
keting due to failure to meet the con-
ditions of the approved application or a 
drug shortage. 

(b) Criteria. The criteria in § 312.305(a) 
must be met; and FDA must determine 
that: 

(1) There is enough evidence that the 
drug is safe at the dose and duration 
proposed for expanded access use to 
justify a clinical trial of the drug in 
the approximate number of patients ex-
pected to receive the drug under ex-
panded access; and 

(2) There is at least preliminary clin-
ical evidence of effectiveness of the 
drug, or of a plausible pharmacologic 
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effect of the drug to make expanded ac-
cess use a reasonable therapeutic op-
tion in the anticipated patient popu-
lation. 

(c) Submission. The expanded access 
submission must include information 
adequate to satisfy FDA that the cri-
teria in § 312.305(a) and paragraph (b) of 
this section have been met. The ex-
panded access submission must meet 
the requirements of § 312.305(b). In addi-
tion: 

(1) The expanded access submission 
must state whether the drug is being 
developed or is not being developed and 
describe the patient population to be 
treated. 

(2) If the drug is not being actively 
developed, the sponsor must explain 
why the drug cannot currently be de-
veloped for the expanded access use and 
under what circumstances the drug 
could be developed. 

(3) If the drug is being studied in a 
clinical trial, the sponsor must explain 
why the patients to be treated cannot 
be enrolled in the clinical trial and 
under what circumstances the sponsor 
would conduct a clinical trial in these 
patients. 

(d) Safeguards. (1) Upon review of the 
IND annual report, FDA will determine 
whether it is appropriate for the ex-
panded access to continue under this 
section. 

(i) If the drug is not being actively 
developed or if the expanded access use 
is not being developed (but another use 
is being developed), FDA will consider 
whether it is possible to conduct a clin-
ical study of the expanded access use. 

(ii) If the drug is being actively de-
veloped, FDA will consider whether 
providing the investigational drug for 
expanded access use is interfering with 
the clinical development of the drug. 

(iii) As the number of patients en-
rolled increases, FDA may ask the 
sponsor to submit an IND or protocol 
for the use under § 312.320. 

(2) The sponsor is responsible for 
monitoring the expanded access pro-
tocol to ensure that licensed physi-
cians comply with the protocol and the 
regulations applicable to investigators. 

§ 312.320 Treatment IND or treatment 
protocol. 

Under this section, FDA may permit 
an investigational drug to be used for 
widespread treatment use. 

(a) Criteria. The criteria in § 312.305(a) 
must be met, and FDA must determine 
that: 

(1) Trial status. (i) The drug is being 
investigated in a controlled clinical 
trial under an IND designed to support 
a marketing application for the ex-
panded access use, or 

(ii) All clinical trials of the drug 
have been completed; and 

(2) Marketing status. The sponsor is 
actively pursuing marketing approval 
of the drug for the expanded access use 
with due diligence; and 

(3) Evidence. (i) When the expanded 
access use is for a serious disease or 
condition, there is sufficient clinical 
evidence of safety and effectiveness to 
support the expanded access use. Such 
evidence would ordinarily consist of 
data from phase 3 trials, but could con-
sist of compelling data from completed 
phase 2 trials; or 

(ii) When the expanded access use is 
for an immediately life-threatening 
disease or condition, the available sci-
entific evidence, taken as a whole, pro-
vides a reasonable basis to conclude 
that the investigational drug may be 
effective for the expanded access use 
and would not expose patients to an 
unreasonable and significant risk of ill-
ness or injury. This evidence would or-
dinarily consist of clinical data from 
phase 3 or phase 2 trials, but could be 
based on more preliminary clinical evi-
dence. 

(b) Submission. The expanded access 
submission must include information 
adequate to satisfy FDA that the cri-
teria in § 312.305(a) and paragraph (a) of 
this section have been met. The ex-
panded access submission must meet 
the requirements of § 312.305(b). 

(c) Safeguard. The sponsor is respon-
sible for monitoring the treatment pro-
tocol to ensure that licensed physi-
cians comply with the protocol and the 
regulations applicable to investigators. 
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