
A recently enacted 2018 federal 
law and a 2015 North Carolina 
(NC) state law have established 
a new pathway for patients with 
a terminal illness (defined as a 
life-threatening disease or con-
dition) to obtain investigational 
drugs, biologics, or devices 
under certain conditions.  This 
“right to try” (RTT) pathway is 
significantly different from the 
existing procedures for obtain-
ing these treatments under the 
FDA’s Emergency Use regula-
tions, Expanded Access (com-
passionate use) programs, or 
single-patient investigational 
new drug (IND) procedures.  

This brief review summarizes 
key parts of the federal and 
state law and provides empiric 
guidance on how pharmacists 
can help keep patients as safe 
as possible.   Because pharma-
cies and pharmacists are not 
specifically included in the RTT 
pathway for obtaining and using 
these investigational drugs, this 
may pose new risks for patients.  

Federal and NC RTT laws allow 

patients to access investigation-
al products that have passed 
through Phase I testing and are 
still in the research development 
process.  While this appears to 
be a benefit to patients, a closer 
examination reveals that the 
RTT laws add nothing to the op-
tions that patients already have 
via existing FDA regulated path-
ways.  The laws neither shorten 
the time to access an investiga-
tional medication, nor do they 
increase the number of medica-
tions available or the number of 
eligible patients.   While the RTT 
laws provide a legal pathway 
for access, no manufacturer is 
required to participate.  Instead, 
the new RTT laws appear to 
remove important safety and 
ethical oversight in our current 
system and to disregard the 
value of scientific information 
(for future patients) when these 
investigational medications are 
used.

The RTT “movement” origi-
nated largely from the work of 
the Goldwater Institute, whose 
legislative and judicial agenda 

included limiting federal control 
over access to investigational 
drugs.   However, in their ef-
forts to improve patients’ rights 
to investigational therapies, the 
new RTT laws bypass existing 
patient safety protections and 
remove the FDA, as well as 
Institutional and Ethics Review 
Boards (IRB) from the oversight 
of investigational products.  The 
RTT laws also bypass the FDA’s 
existing pathways for provid-
ing investigational products to 
individual patients, outside of 
the usual clinical trial process.   
Arguments, over the past five 
years, supporting and oppos-
ing RTT legislation are well 
documented in the literature.  
While the “access” provision in 
the RTT laws is the most com-
monly referred to benefit, the 
laws have a number of lesser 
known provisions of importance 
to pharmacists, patients and 
families - some of which are 
potentially harmful.  

Government: The RTT laws 
state that the federal govern-
ment shall not take any action to 
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prohibit or restrict access to an 
RTT medication and no official, 
employee, or agent of the State 
shall block or attempt to block 
an eligible patient’s access to 
an investigational drug, biologi-
cal product, or device. NC law 
further clarifies, however, that 
counseling, advice, or a rec-
ommendation consistent with 
medical standards of care from 
a licensed health care provider 
does not constitute a violation 
of this section. Pharmacists and 
others working for the federal 
government or the state should 
carefully read this part of the 
RTT laws to remain in compli-
ance.
Eligibility: Federal law provides 
those with a terminal illness ac-
cess to investigational products 
and is further defined by each 
state.  NC law requires that 
patients must have a terminal 
illness attested to by a treating 
physician; have considered all 
other FDA-approved options; 
have received a recommenda-
tion from the treating physician 
for use of an investigational 
product; have given informed 
consent in writing; have docu-
mentation from the treating 
physician that the individual 
meets all of the criteria for this 
definition, and that the physician 
was consulted in the creation 
of the written informed consent 
document. 
Restrictions on Liability: Both 
federal and NC laws include a 
“no liability” clause that states 
that no liability shall lie against 
individuals and entities that 
manufacture, distribute, pre-
scribe, dispense, possess, or 
use investigational products 
via the RTT pathway, with the 
NC law specifically mentioning 

any harm caused to the eligible 
patient if the effort was made in 
good faith and with reasonable 
care.  This restriction on liability 
is in marked contrast to non-
RTT pathways in which patients 
retain their full legal rights to 
seek compensation for injury. 
Loss of Scientific Data: The 
federal law includes a “no 
outcomes” clause that prohibits 
the FDA or other federal agen-
cies from using any informa-
tion about RTT use that may 
adversely impact the review or 
approval of the investigational 
product.  This is in stark con-
trast to the collection, analysis, 
and use of safety data for inves-
tigational medications obtained 
via the current pathways. 
Loss of Benefits and Poten-
tial New Costs: The NC law 
includes specific language that 
eligibility for hospice care may 
be withdrawn if the eligible 
patient begins treatment via the 
RTT pathway. In addition, the 
NC laws states that the patient’s 
health benefit plan or third-party 
administrator and provider are 
not obligated to pay for any care 
or treatments consequent to the 
use of the RTT product, includ-
ing for complications and side 
effects, which would generally 
be covered if the investigational 
product were administered 
under existing FDA-regulated 
pathways.
Cost Burden for RTT treat-
ment: The NC law includes 
specific language that the 
patient is liable for all expenses 
consequent to the use of the 
RTT product and that this li-
ability extends to the eligible 
patient’s estate unless specifi-
cally negotiated differently with 
the manufacturer in advance of 

the RTT treatment.  The costs 
of the RTT product and any as-
sociated costs (e.g. professional 
fees, product fees, shipping, 
and markup) may be charged 
to the patient without limit. The 
RTT laws do not require the 
patient’s health benefit/insur-
ance plan to provide coverage, 
unless specified in the contract.  
Furthermore, if a patient dies 
while under RTT treatment, their 
heirs are not liable for any debt 
or outstanding costs.  According 
to Bloomberg News (Michelle 
Cortez, June 20, 2018), at least 
one small biotechnology compa-
ny has implied that it will make 
its unproven stem-cell therapy 
available to ALS patients at 
a price of $300,000 despite 
the company’s earlier Phase 
2 study which did not demon-
strate any benefit over placebo 
in slowing the rate of ALS pro-
gression.  Under existing FDA-
regulated pathways, costs of the 
investigational product are often 
covered either by the sponsor of 
the clinical trial or the manufac-
turer of the product.
Pharmacy’s Role: RTT laws 
bypass the protections, over-
sight, and professional role that 
pharmacists have in their cov-
enant with patients and with so-
ciety. Arguably, in practice they 
do more than bypass pharma-
cist oversight. The laws could 
realistically create an obstacle 
to patient care and safety by 
excluding pharmacists from the 
RTT pathway. 
In the community setting, includ-
ing nursing homes and hospice 
facilities, RTT laws bypass the 
usual dispensing process, such 
that pharmacists may be un-
aware that the patient is using 
an RTT medication; therefore, 
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increasing the risk of drug-drug 
interactions.  Since RTT medi-
cations are investigational, it is 
very likely that pharmacists will 
find it more difficult, if not impos-
sible, to access drug information 
to inform appropriate patient 
monitoring or to provide patient 
counseling.  
In the health-system setting, 
RTT laws enable these medi-
cations to bypass the Formu-
lary system, IRB/Ethics Board 
review, investigational drug 
service oversight, and integra-
tion with electronic medical 
records and pharmacy informa-
tion systems.  Unless internal 
policies and procedures are 
implemented to create a safety 
net around patients using RTT 
meds, the risks to patients may 
go unchecked.
Given that RTT laws bypass 
many of the protections and 
benefits offered by pharmacists, 
our profession is now chal-
lenged to develop new ways 
to imagine and deliver the care 
that is needed, especially in 
this vulnerable patient group.  
There are no published “best 
practices” for the use of RTT 
medications.  Pharmacists can 
empirically mitigate the risk 
and support their patients by 1) 
ensuring the medication history 
includes asking about the use 
of investigational medications 
and documenting this in the 
patient profile; 2) helping pa-
tients access drug information 
about proper administration and 
use; 3) monitoring for known 
and unforeseen side effects that 
emerge after treatment starts; 4) 
reporting suspected side effects 
to the prescriber, manufacturer, 
and FDA; and 5) assuring the 
patient has been fully consent-

ed, with special emphasis on 
their loss of benefits, costs bur-
den, and restrictions on liability.  
Drug information centers and 
clinical research pharmacists 
across NC could provide an 
invaluable service in helping to 
connect their colleagues to the 
necessary information about 
RTT drugs and to existing non-
RTT pathways offered by the 
manufacturer.
Moreover, prior to a patient 
starting down the RTT pathway, 
if and when the opportunity 
presents, pharmacists are posi-
tioned to advise patients about 
the existing procedures for ob-
taining these same medications 
under the FDA’s Emergency 
Use regulations, Expanded 
Access (compassionate use) 
programs, or single-patient IND 
procedures.  In addition to direct 
contact with the manufacturer, 
the Expanded Access Naviga-
tor (http://navigator.reaganudall.
org/) is one online tool that can 
be useful.  Some RTT pro-
ponents have created a false 
public narrative that these exist-
ing pathways are slow or non-
responsive to patient needs.  In 
fact, depending on the clinical 
condition being treated, inves-
tigational treatments can be 
obtained within 24 hours, with 
minimal regulatory require-
ments. Importantly, patients 
maintain their legal rights, do 
not lose benefits to which they 
are otherwise entitled, and do 
not incur potentially significant 
costs.
RTT laws present new chal-
lenges in the appropriate use 
of medications not proven to be 
safe or effective.  Pharmacists 
should position themselves to 
respect and support patient 

autonomy by helping individu-
als and their families access 
and properly use investigational 
medications via traditional or 
RTT pathways. When this in-
volves the RTT pathway, it will 
likely require new clinical safety 
nets, new policies and proce-
dures, and a heightened aware-
ness of the benefits and risks.

References:
(NC ) SESSION LAW 2015-137 
HOUSE BILL 652 AN ACT ES-
TABLISHING A RIGHT TO TRY 
ACT TO PROVIDE EXPANDED 
ACCESS TO INVESTIGA-
TIONAL DRUGS, BIOLOGICAL 
PRODUCTS, AND DEVICES 
FOR PATIENTS DIAGNOSED 
WITH TERMINAL ILLNESS.  
www.ncleg.net/Sessions/2015/
Bills/House/PDF/H652v4.pdf

(Federal) Right to Try Act of 
2017.  https://www.congress.
gov/115/bills/hr878/BILLS-
115hr878ih.pdf

John M. Kessler, B.S. Pharm, 
Pharm.D.

Chief Clinical OfficerSecond-
Story Health, LLC

jkessler@secondstoryhealth.
com

North Carolina Pharmacist     Page 61     Volume 99 Number 3 Summer 2018

http://navigator.reaganudall.org/
http://navigator.reaganudall.org/
http://www.ncleg.net/Sessions/2015/Bills/House/PDF/H652v4.pdf
http://www.ncleg.net/Sessions/2015/Bills/House/PDF/H652v4.pdf
https://www.congress.gov/115/bills/hr878/BILLS-115hr878ih.pdf
https://www.congress.gov/115/bills/hr878/BILLS-115hr878ih.pdf
https://www.congress.gov/115/bills/hr878/BILLS-115hr878ih.pdf

	_GoBack
	_Hlk517116931
	_Hlk517116946
	_GoBack
	_Hlk516745250
	_Hlk516478177
	OLE_LINK2
	OLE_LINK1
	_ad4x9ck7zhgz
	_df2iolli6yry
	_ip2f0fa72jre
	_sgbq5vanwmva
	_y033zep88z6e
	_gjdgxs
	_b47lztaw9o8z
	_1fob9te
	_GoBack
	_GoBack
	_GoBack
	_GoBack
	_GoBack
	_GoBack
	_GoBack
	x_R421883639351852I0
	_GoBack
	_GoBack
	_GoBack

