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“COMPASSIONATE USE" DECISION
CARRIES BROAD IMPLICATIONS

On August 21, 2008, in Gunvalson v. PTC
Therapeutics, Inc., the United States District
Court for the District of New Jersey issued a
letter opinion that resonated throughout the
pharmaceutical industry. In the written deci-
sion from Judge William Martini, the court
ruled in favor of a 16-year-old plaintiff, termi-
nally ill with Duchenne Muscular Dystrophy
(“DMD”), who sought entry into an experi-
mental drug treatment program despite objec-
tions from the drug’s devel oper.

While there is currently no available treatment
or medication for DMD, defendant PTC
Therapeutics (“PTC") is the creator of a drug
called PTC124, which has shown promise as a
treatment for DMD. The issue before the
court was whether PTC induced Jacob Gun-
valson to forego entering a clinical trial by
promising him eventual access to the drug.
According to plaintiffs, PTC assured them
that, if Jacob did not participate in the initial
phase of the clinical trial, he would still be
eligible to receive PTC124 at a later date.
While that clinical trial was deemed a success,
however, Jacob's condition deteriorated.
When he then sought to participate in the ex-
panded clinical trials for PTC124, Jacob was
rejected due to his failure to participate in the
initial phase of the clinical trial. Plaintiffs
promptly filed suit aleging that PTC induced
Jacob to forego his opportunity to participate
in the initial clinical trial with false promises
of PTC 124 in the future. The plaintiffs
sought participation in the expanded trias
under the “compassionate use” exception.

The “compassionate use” exception allows
drug companies to provide experimental drugs
(unapproved by the FDA) to sick persons.

Under this exception, the FDA will alow a
drug company to distribute an FDA-
unapproved drug if four conditions are met:
(2) the drug is for a serious or life-threatening
disease; (2) there is no good aternative; (3)
the drug is currently under investigation in a
clinical trial; and (4) the sponsor is actively
pursuing marketing approval. 21 CFR. §
312.34. Judge Martini concluded unequivo-
caly that al four requirements were met in
thisinstance.

The court then turned to whether PTC had
some legal obligation to provide Jacob with
PTC124. Despite arguments from PTC that it
never promised Jacob access to PTC124, the
court concluded that there “is a reasonable
likelihood that PTC made an enforceable
promise to plaintiffs to provide PTC 124 to
Jacob.” The court noted the friendship be-
tween Jacob’s mother and executives at PTC,
finding it reasonably likely that PTC promised
to provide Jacob with PTC124 based, in part,
on this special relationship. The court found
that the “totality of the circumstances’ sent
signals to plaintiffs that Jacob would receive
PTC124 at a later date, causing him to forego
participation in the initial phase clinical trial.
According to the court, “it is reasonably likely
that plaintiffs’ reliance on this promise is the
reason that Jacob is not currently enrolled in
the expanded clinical trial.”

The court concluded by pointing to the unique
circumstances of this case to justify the un-
precedented outcome. Recognizing that drug
companies do not have a general obligation to
provide experimental treatment to sick people,
the court reasoned that the plaintiffs' reliance
on direct promises from the drug company
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mandated entry into the clinical triadls. By its own words, the
decision should not “in any way suggest that PTC has a general
obligation to provide PTC124 —or any experimental drug — to
sick persons.” Nevertheless, people seeking to use the courts to
gain access to experimental medical treatments may seek to use
this opinion for that purpose.

IMPACT ON NEW JERSEY DEFENDANTS

Because drug developers must tightly monitor their clinical tri-
als to ensure safety and research validity, any decision that
could potentially compromise those parameters is certain to set
off alarms within the industry. And, while the Gunvalson court
relies on the unique circumstances of this case to justify its un-
precedented decision, the court’s reliance on those facts might
have undesired consequences. For example, the court’s use of
patient-pharmaceutical company communications to justify its
decision could cause drug companies in the future to be much
more reluctant to communicate directly with the terminally ill.

Moreover, as aresult of this decision, the courts have created an
undefined right for patients to access clinical trials through liti-
gation. If this type of decision were to become the norm, it
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The Coughlin Duffy Phar maceutical and M edical Device Group

Coughlin Duffy LLP is one of the fastest growing law firms in the northeastern United States. The Firm’slitigation attorneys offer a
depth of experience across a broad range of industries and disciplines, including pharmaceutical s and medical devices, products li-
ability, environmental and toxic tort, insurance and reinsurance, labor and employment, white collar crime and internal investiga-
tions, and commercial disputes. The members of the Firm's Pharmaceutical and Medical Device Group concentrate in the defense
and management of both single-plaintiff suits and multi-plaintiff mass actions involving pharmaceuticals and medical devicesin
New Jersey and across the country. The Group also specializesin providing regulatory counseling and conducting internal investi-
gations for clients in the pharmaceutical and medical device industries. For more detailed information about the Group’s capabili-
ties and experience, or if you have questions regarding the information in this Update, please contact the author(s), the Coughlin
Duffy attorney with whom you regularly work, or any of the members of our Pharmaceutical and Medical Device Group.

© 2008 Coughlin Duffy LLP. All rightsreserved. The materials presented herein are for informational purposes only and are not
offered aslegal advice. No reader should act on the basis of these materials without seeking appropriate professional advice asto
the particular facts and applicable law involved. Any opinions presented herein are the opinions of the individual author(s), and do
not necessarily reflect the opinion of Coughlin Duffy LLP or any of its attorneys or clients.



