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LETTERS TO THE EDITOR •••••••••••••••••••••

When Is Off-Label Drug
Use Appropriate?

1would like (0 comment on the art icle
regarding the off-labe l debate by Lee
Mo rtenson . D.P.A•• whic h appeared in the
Summer 1992 issue of Oncaiogy Issues.
As Medical Director for the Medi care car­
rier in Arkansas. I' m asked to respond 10

oncologists' req uests for coverage for o ff­
label uses of cbernotberapeutic age nts . It
is. my belief that Medicare should cover
off-labe l uses of chemotherapy drugs, and
the use of me compendia has been helpful
to me in detennining what dru gs to cover.

I found Dr. Mortenson's art icle 10 be
instructive and unbiased. However. I do
ha ve one problem. Oncologists frequent ly
complain because we do not cover some
aspect of chemotherapy that they feel
should becovered. But I have yet 10 hear
an oncologist say.perhaps we should not
cove r chemoth erapeutic dru gs when there
has been no scientific evidence that the use
of those drugs has been effec tive in any
significant number of patients.

I pract iced pulmonary and critica l
care med icine for 26 years and adminis­
tered chemotherapy myself when the
number of practicing oncologists was so
small that they limi ted themselves to the
trea tment of malignancies that had a high
respon se ra te. But as the number of
oncologists have proliferated . I have not
yet found a cance r patie nt who cannot find
some oncologist to treat his malignancy
even when the data regardi ng effective­
ness is lacking.

I recognize that occasionally a pat ient
responds to Chemotherap y when, " by the
books," the patien t would not be expected
to respond. Is this justi fication for treating
everyone? I have see n a 110 year- old
woman with ca ncer of the esophag us
trea ted with chem otherapy. Does that jus­
tifyan insurance carrier refusing to pay
for off- labe l dru g therapy?

I' m disap poi nted in the lack of lead­
ers hip by the Oncology Society in helping
oncolog ists make some judgment s abou t
the appro priateness of thera py. I don' t
have a pro blem with drugs being used for
the treatment of malignancy. e ven when
the data suggests that the trea tment will
not beeffec tive, if it is done in a con­
trolled situation and not on a totally open
basis where no data is accumulated to ulti-

mately tell us whether it is effect ive. Th e
way the system works today, physicians
give chemothera py (such as in squamous
cell lung ca ncer) when there is no data (in
large studies) to indica te that it prolongs
life. using the justification that "this is
do ne in the hope tha t this wi ll be the one
person who will respond to the therapy."
But it is done in an uncontrolled manner,
and those same phys icians will continue to
use the therapy forever until some new
drug comes along.
- James S. Adamson. M.D.• Medical
Director, Government Programs Services.
Medicare. Little Rock, AR.

J ames L. Wade, III, M .D.. Deca tu r (IL)
Memorial Hosp ital and Chair of
ACCC's Govemment Relations
Co mmittee, responds:

Dr. Adamson has clear ly outlined the two
sides of an issue that faces health care
reimbursement providers across the land.
Th e first is not to do hann; that is, not to
deny a patient appropriate therapy just
because a drug is off-label. Th e second
side of this issue is whether or not the
age ncy that reimburses for treatment
should also be the agency that determin es
the app ropriateness of treatment-a very
di fficult question and one which clearly
impacts the doctor-patient re lationship.

As a medical onco logi st and princl ­
pal investigator of the Ce ntral Illinois
Co mmunity Clinic al Oncology Program.
almost all of my practice is co mprised of
community-b ased oncology. Approxi­
mately 20 percent of my patients part ici ­
pate in NCI·approved cl inical trials.
Every day patients ask for the best treat­
ment, while other patients do not desire
any treatment.

I agree that the example of the 110­
year-old wo man receiving chemotherapy
for squamous cell ca rcinoma see ms
bizarre. If her fami ly, how ever, had
called the PDQ database at the National
Cancer Institute (NCI) and received a
print-out o n the best treatment for unre­
sectable squamous cell carcinoma of the
eso phagus, they would have learned tha t
the survival rates are significantly better
when chemotherapy is combined with
radiat ion treatment. Th is then puts the
physician in a para dox bet ween providing
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what he thinks may be approp riate treat­
ment while, at the same time. the med ica l
literature, public agencies. and the NC I
may be recommending a more aggre ssive
approac h.

I can only answer Dr. Adamson 's
concern by saying that we need to trust
the physicians we tra in. At the same
time , however, ongoing pee r rev iew, in
the form of cance r co mmittees, is an
excellent mechanism for ensuring that
the right patient gets the right treatment.

I know of no other field of medicine
where the management of patients is
reviewed so thoroughly and vigorously
as onco logy. Almost all o f the hospital s
in the United Sta tes have a cancer com­
mittee mechanism of some form in which
the case of the l Hl-year-cld woman
would come unde r rev iew and be ope n to
discussion among the physicians at the
hospital and in the communi ty. Th is is
probably o ur best defe nse against over­
or under-treatment.

As far as patients with metastat ic
squa mous cell carcinoma of the lung are
co ncerned, I agree completely with Dr.
Adam son that the role of chemo thera py
is limited. However, a recent Canadian
trial comparing plat inum-based
chemo therapy to no treatment did
demon strate a statistically significant
improve ment in survival and , in fact. the
Ca nadians' analysis concluded that the
additional cost per month of improved
survival compared reasonably well with
other aggressive medical therapies that
are routinely acc epted (i.e., dialysis).

Our best hope for the next cen tury is
the elimi nation of risk factors. such as
tobacco smoking, and the widespread use
of chemo prevention. both of which will
help to dramatically lower the cancer inci­
dence rate. -'I


