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Letter from PhRMA’s President 
and CEO

PhRMA is pleased to present the 2004 edition of the

Pharmaceutical Industry Profile. 2003 was a historic year as

Congress passed and President Bush signed into law the most

important, pro-patient Medicare reform in the program’s 38-year

history. Providing Medicare beneficiaries with insurance coverage

that offers affordable access to medicines is essential to high-

quality and efficient care. The work done by Congress and the

President in creating this benefit will make a real difference in millions of patients’ everyday

lives, as 10 million seniors gain drug coverage for the first time and many millions more

obtain better coverage than they had before. Better access to treatments that, for example, help

avoid heart attacks and stroke or ease the suffering of depression is both good health care and

good economics.

This year’s Profile focuses on innovation. Using cutting-edge science and technology, 

pharmaceutical research company scientists are driving medical progress. The products of

that innovation, new medicines, allow patients to live longer and healthier lives. Now

Medicare beneficiaries will have much better access to that innovation that is so important to

their health and well-being.

The 2004 Profile also presents new data from our 2003 PhRMA membership survey, which

describes the vigor with which companies are pursuing new medicines. In addition, the Profile

provides information, as well as perspectives from thought leaders, on how public policy

affects both patient access to and the development of new and better medicines. Last, it out-

lines PhRMA’s positions on important policy questions.

This Profile is primarily a statistical report, but behind those figures are faces: the tens of mil-

lions of patients in this country and around the world who are being helped and healed every

day by medicines. These faces are what drive all of us fortunate enough to work in America’s

pharmaceutical research industry.

Alan F. Holmer

President and CEO
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Summary Highlights

This Profile outlines the innovation taking place
in the laboratories of America’s pharmaceutical
research companies and describes the impor-
tance of maintaining the pace of innovation to
patients, their families, and the American 
economy.

The Process of Innovation

Patients rely on medical progress to improve
their health and well-being. Pharmaceutical
research companies engage in large-scale, inten-
sive research to help achieve medical progress.

• Pharmaceutical research companies employ
large numbers of scientists who work on the
cutting edge of science and technology to dis-
cover and develop new and better medicines.

– On average, it takes scientists, physicians,
engineers, and other researchers between
10 and 15 years and costs more than 
$800 million to do the research and testing
to bring a new medicine to patients.

• Scientists working in the American laborato-
ries of pharmaceutical research companies
lead the world in research into new and better
medicines for patients. In the 1990s the
United States surpassed Europe as the lead-
ing site for pharmaceutical research and
development (R&D).

– Americans are also conducting more 
pharmaceutical-related research in universi-
ties and public institutions than their
European counterparts. However, private-
sector investments in R&D in the United
States dwarf public funding.

– In 2003, members of PhRMA spent an esti-
mated $33.2 billion on pharmaceutical
R&D—a sizeable increase over the previous
year.

The Products of Innovation

The new medicines resulting from innovation
offer increasingly better treatments and health
care options for patients. New medicines also
help curb overall health care costs by often
reducing the need for hospitalization and more
invasive procedures, such as surgery, or by
delaying nursing home admission.

• The products of innovation include hundreds
of new medicines that allow patients to live
longer and healthier lives.

– New medicines are now available to treat
conditions such as Alzheimer’s disease,
heart disease, schizophrenia, sickle cell 
anemia, AIDS, and cancer. These medica-
tions not only help keep patients out of the
hospital and delay nursing home admis-
sion, they also provide economic benefits 
by reducing the need for more expensive
treatments and keeping workers on the job.

■ Each additional dollar spent on newer
medicines saves $4.44 on hospitalizations.

■ New medicines generated 40 percent of
the two-year gain in life expectancy
achieved in 52 countries between 1986
and 2000.

• Innovative medicines remain a small share of
health care spending in the United States
despite medicines’ growing role in medical
treatment. In the United States 10.5 cents of
every dollar spent on health care is attributed
to prescription drugs, and 7 cents of that total
is spent on brand-name medicines.

– Medicines also account for a small share of
health maintenance organization (HMO)
premiums. Only 14.8 percent of managed
care premiums were spent on prescription
medicines in 2003.
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Access to Innovation

Patients must have access to medicines to reap
the benefits of innovation.

• Some strategies employed to control costs
reduce patients’ access to medicines.

– In Medicaid, restrictive formularies and
“prior authorization” can make it difficult for
patients with varying medical needs to get
the medication that works best for them.

• Other programs, such as disease manage-
ment, may result in increased spending on
prescription drugs, but that spending helps
improve patient access and care and reduce
other forms of health care spending.

• Many patients remain untreated or are under-
treated, despite the existence of medicines to
treat their conditions. According to a study by
RAND Health, nearly half of all adults in the
United States fail to receive recommended
care.

• Providing medicines to patients who are
underinsured or uninsured is critical to
improve access.

– One way PhRMA member companies are
working to make medicines available to
patients who cannot afford them is through
company-sponsored patient assistance pro-
grams (PAPs). In 2003, an estimated 6.2
million Americans received medicines free
of charge through company PAPs.

Incentives for Innovation

Competitive markets and patents provide incen-
tives for innovation, while price controls stifle
access to medicines and innovation.

• In countries where governments impose price
controls on prescription drugs, patients must

wait as long as two additional years for medi-
cines to clear the regulatory process and
become available to patients.

• Government-imposed price controls also limit
the incentives for research and discovery of
new medicines. If price controls were in place
in the United States between 1980 and 2001,
economists estimate that between 330 and
365 new medicines would not exist today.

• Another policy important to supporting 
innovation is the government’s granting of
patents. Patents encourage innovation by
allowing inventors a limited opportunity to
recoup their investments in research and 
further science by making ideas and 
discoveries public.

The Future of Innovation

Scientifically, the future of American pharma-
ceutical research and innovations for patients is
promising. To achieve that promise, however,
public- and private-sector leadership must 
continue to support policies that encourage and
sustain research and avoid policies that will
slow the pace of innovation.
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Every day, more than 70,000 scientists
are working in the laboratories of phar-
maceutical research companies. These

scientists toil for long hours and years to
invent new and better medicines to maintain
health and treat disease. Their work takes
them to the edge of scientific discovery and
requires them to advance the state of technolo-
gy. Yet despite considerable inspiration, infra-
structure, expertise, diligence, and resource
investment, most pharmaceutical research
company scientists will never work on a proj-
ect that results in a new medicine. The nature
of science and the process of pharmaceutical
innovation offer no guarantees. Discovering
new medicines remains a difficult and uncer-
tain enterprise.

From Idea to Treatment: The
Long, Uncertain R&D Process

According to data from the National Science
Foundation, pharmaceutical product develop-
ment comprises one of the most research-
intensive sectors in the United States.1

[Figure 1.1] The industry is one of the largest
employers of scientists in the United States2—
and its success or failure relies heavily on their
ability to make breakthroughs.

On average it takes 10 to 15 years and costs
more than $800 million to advance a potential
new medicine from a research idea to a treat-
ment approved by the Food and Drug
Administration (FDA).3 That means that for
more than a decade, scientists, engineers, and
physicians strive every day in laboratories and
hospitals searching for a new discovery and a
way to deliver those new medicines to patients.
It may entail trying to understand how to turn a
key gene on or off. Researchers may test thou-
sands of chemicals for biochemical activity in
the body. It might involve attempting to create a
completely new chemical compound, one so
unique that the U.S. government grants its
inventor a patent. Each year, pharmaceutical
research company scientists earn FDA approval

ACCESS TO INNOVATION2

PROCESS OF INNOVATION
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Teams of physicians must study the effects of a
new medicine on patients to discover whether it
really works in a population and works without
causing unacceptable side effects. Clinical trials
may take years, and involve thousands of
patients and procedures. On average each new
trial requires many procedures and increasingly
larger numbers of patients.4

After a decade or more of the scientists’, engi-
neers’, and physicians’ efforts, still only one out
of five medicines that enter clinical trials is
approved for patient use by the FDA. The
process is long, risky, fraught with failure, and
ultimately expensive. Failure at the clinical trial
stage could completely nullify 15 years of
painstaking work by pharmaceutical research
company scientists.

for a number of new medicines that offer mil-
lions of patients better health care options.

The research doesn’t end with the understand-
ing of how a gene works or the creation of a
new molecule—scientists must then transform
those discoveries into medicines. The chemicals
and biologics must be safe and work as they
should when ingested. They must be engi-
neered so that the body absorbs them in the
proper quantities and transports them to their
sites of action.

Even after a medicine is discovered, teams of
engineers, biologists, chemists, and physicists
must spend long hours figuring out how to
mass produce the results achieved by an indi-
vidual scientist at his or her lab bench. Often
promising experiments are not replicable on a
large scale. The research may fail because it is
not possible to manufacture the drug safely or
to the proper specifications.
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America’s Most Research-Intensive Sectors

Source: National Science Foundation, Research and Development in Industry, 1998. As quoted by: PriceWaterhouseCoopers, The Critical Roles
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Investing in Innovation:
America Leads the World

The United States is the world leader in phar-
maceutical research, supported by data from the
Organisation for Economic Co-operation and
Development (OECD). [Figure 1.2] During the
1990s, the United States surpassed Europe as

the leading site for pharmaceutical research and
development (R&D).5 European pharmaceutical
research companies are relocating their labs to
the United States in increasing numbers.6

According to the European Federation of
Pharmaceutical Industries and Associations,
“The European pharmaceutical industry is los-
ing competitiveness as compared to the U.S.

PROCESS OF INNOVATION4

New Chemotherapy: 19 Years from Idea to Approval

In 2000 the FDA approved a new chemo-
therapy treatment, Mylotarg®, for patients
with relapsed acute myelogenous leukemia.
The approval came 19 years after scientists
at Lederle Labs, now Wyeth, first discovered
a microorganism in a soil sample that pro-
duced a powerful anticancer substance
called calcicheamicin.

Scientists learned that calcicheamicin
destroys cell DNA, which results in the cell’s
death. Thus, in theory, targeting it to cancer-
ous cells could eliminate them. In develop-
ing any cancer treatment, a key challenge is
finding a way to kill cancer cells while mini-
mizing or avoiding damage to the body’s
other healthy cells. However, calcicheam-
icin’s exceptionally high toxicity (between
1,000 and 10,000 times more toxic than tra-
ditional anticancer medicines) meant that
scientists had to find a novel way to deliver
the drug only to cancer cells.

Before concentrating on making the medi-
cine safe for patient use, the pharmaceutical
researchers first had to figure out how to
make large quantities of calcicheamicin for
experimentation. During the next five years,
they worked to understand its structure and
how to stabilize it.

The team spent the next three years trying
to develop a “linker” molecule that would
bind tightly to the calcicheamicin to deliver it
directly to cancer cells without releasing it in
the bloodstream. Although they found link-
ers that worked in animals, they had prob-

lems converting them to a form usable in
humans. Working virtually around the clock,
only stopping for a break on Christmas day,
the pharmaceutical research company scien-
tists tested 35 linkers before finding one that
worked. Finally, in 1995, 14 years after dis-
covering calcicheamicin, the new medicine
Mylotarg® entered human clinical trials.
After nearly five years of successful clinical
trials, the FDA approved the medicine for
widespread patient use.

The story of Mylotarg® and its inventors is
not unusual. Their efforts represent the sig-
nificant time and dedication pharmaceutical
research company scientists devote to find-
ing new and better treatments for patients
and their work to further advance science.
These scientists did more than invent a 
cancer-curing medicine, they proved a 
scientific concept—that an anticancer drug
can be attached to an antibody and targeted
specifically to cancer cells. 

Each year, PhRMA presents the Discoverers
Award to scientists whose research and
development of medicines have greatly bene-
fited humankind, and whose dedication and
interest in improving the quality of life
exemplify the best in research today. The
2003 Discoverers Award was presented to
Dr. George Ellestad, Director, Biological
Chemistry, Dr. Phillip Hamann, Principal
Research Chemist, and Dr. Janis Upeslacis,
Director, Chemical Sciences, all of Wyeth,
for their creation of Mylotarg®.



medicines that dominated the world market for
prescription drugs.10

Americans are also conducting more pharma-
ceutical-related research in universities and 
public institutions as compared to their
European counterparts.11 However, according to
the National Institutes of Health (NIH), public
dollars are not funding the research leading to
new medicines. In fact, only 4 of the 47 top-
selling drugs considered by NIH in its study to
determine if American public investments were
funding new drug development were developed
in part with NIH funding, and none was devel-
oped solely with public funds. For example, 
academic scientists might use NIH dollars to
discover how two genes interact to cause a 
disease, but a scientist in a pharmaceutical
research company lab will discover how to 
create a medicine to regulate those genes, thus
inventing the treatment or cure for a disease.

industry and there is a process of concentration
of R&D into North America.”7 In 1999,
European pharmaceutical companies spent only
59 percent of their worldwide R&D in the
European Union, down from 73 percent in
1990. The United States was the main benefici-
ary of this shift in R&D expenditures.8 The
increased concentration of research efforts in
the United States is reflected by the fact that 8
of the top 10 medicines by sales originate from
the United States, compared to 2 from Europe.9

Concerned about Europe falling behind the
United States in pharmaceutical innovation, the
Directorate General Enterprise of the European
Commission prepared a report on competitive-
ness in the pharmaceutical research industry to
assess the situation. Among the Directorate’s
findings was that in the 1990s, U.S. pharma-
ceutical research companies gained “clear and
growing leadership” in terms of generating new
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The greatest satisfaction I have as the chief exec-

utive of a global pharmaceutical company is

hearing from people whose lives have been saved

or made better by the continual process of discov-

ery that defines our industry. Yet, for every letter or

phone call I receive from grateful patients, it seems I

learn of others who continue to wait for the discov-

ery that will help treat their particular condition.

These are things that drive me, and the hundreds of

thousands of employees of America’s pharmaceuti-

cal companies.

Translating scientific knowledge and understanding

into meaningful medicine is what we do—and it’s

what makes our industry unique. During the past

half century we have made remarkable progress in

advancing human health. We’ve cured common

infections that once resulted in serious illness and

even death; we’ve made giant strides in treating car-

diovascular disease and leukemia; and we have

transformed HIV/AIDS from a death sentence into a

chronic disease. These and other breakthroughs

have resulted in better quality of life and in

increased life expectancy throughout the world.

But our work is far from complete. We continue in

passionate pursuit of treatments for the most elusive

diseases, including cancer, multiple sclerosis, and

Alzheimer’s. We find ourselves confronted with new

and deadly opponents like SARS. These are the rid-

dles our scientists are working to solve as they

explore new scientific frontiers and apply advanced

discovery technologies in ways their predecessors

never imagined.

We’re grateful that people the world over are as pas-

sionate as we are about saving and improving

human life. We understand that we are held to ever

higher standards in pursuing this mission. And we

are fully committed to working with academia, gov-

ernment, and others on tough issues, including find-

ing effective and constructive ways to make the

medicines we discover more accessible and afford-

able to patients.

In order for us to be able to continue our invaluable

work, we must be able to invest in research and

have our intellectual property rights preserved. We

will remain ever mindful that ours is much more

than a business; it is a mission in which the ultimate

outcome results in longer, higher quality lives—lives

that lead to letters from the person who now will

live to see a grandchild grow, spend another birth-

day with a loved one, contribute something to socie-

ty, touch someone in a special way, or simply enjoy

a little bit more of what the world has to offer.

Miles D. White

Chairman and Chief Executive Officer 

Abbott Laboratories

“Translating scientific knowledge and understanding
into meaningful medicine is what we do—and it’s what

makes our industry unique.”

Miles D. White
Chairman and CEO, Abbott Laboratories



the previous year. [Figure 1.3] Over time, this
investment will yield new medicines that will
make progress in better treating a range of dis-
eases that impose large direct and indirect costs
on patients and society.

Conclusion

Last year pharmaceutical research companies
spent $33 billion on research to develop new
and better medicines, a 7 percent increase from
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PRODUCTS OF INNOVATION

T he innovation taking place in pharma-
ceutical research company laboratories
leads to new and better treatments for

disease. The products of this innovation will
allow millions of patients to live longer, better,
and more productive lives. New medicines also
help curb overall health care costs by often
reducing the need for hospitalization and more
invasive procedures, such as surgery, or by
delaying nursing home admission. The combi-
nation of innovation in new medicines and a
shift to prescription medications as preferred
medical intervention means that spending on
prescription drugs has increased. However,
spending on medicines remains a small portion
of overall health care spending, particularly in
light of the value that these medicines provide.

Revolutionizing Patient Care

Since 1990, pharmaceutical research company
scientists have invented and developed more
than 300 completely new medicines, vaccines,
and biologics approved by the Food and Drug
Administration (FDA) to treat more than 150
conditions,1 ranging from infectious diseases to
chronic diseases—and from diseases affecting
millions of patients to those afflicting less than
200,000 people.2 [Figure 2.1]

Recent pharmaceutical research company
advances are helping to meet the emerging dia-
betes epidemic, save the lives of cancer patients,
and forestall the terrible burden of Alzheimer’s.
The progress made in reducing death rates
from heart disease and stroke, for example, is
saving the lives of more than 1 million Ameri-
cans each year.3 In addition, pharmaceutical
research company scientists have created new
medicines for a number of serious but rare con-
ditions such as Fabry’s disease, cystic fibrosis,
sickle cell anemia, and a number of rare can-
cers.4 The sidebar, “A Decade of Innovation,”
details specific examples of new drug 
development.



PHARMACEUTICAL INDUSTRY PROFILE 2004

P
R

O
D

U
C

T
S

 O
F

 IN
N

O
V

A
T

IO
N

11

cal procedures to correct ulcers has slowed, and
today ulcer surgery is a relic of the past.6

A new Alzheimer’s drug slows the progression of
cognitive decline, allowing patients to maintain
their independence longer and delay entering a
nursing home by an average of 30 months.7

Nursing home care is more costly than in-home
care, so this delay can significantly reduce health
care expenditures—and the economic and emo-
tional burden on both patient and caregiver.

The health of AIDS patients is not only
improved by new medicines, but those medi-
cines also reduce the need for costly hospital
care. After the introduction of highly active anti-
retroviral therapy (HAART) for the treatment of
AIDS, pharmaceutical expenditures increased
by about 33 percent, while hospital expenditures
decreased by about 43 percent. Overall, total
health care expenditures decreased by 16 per-
cent (between 1996 and 1998).8

New medicines to reduce the incidence of
breast cancer can help women avoid later

Innovation Creates Less
Expensive Alternatives to
Surgery and Hospitalization

Medical literature today includes countless studies
demonstrating medicines’ ability to help patients
avoid hospitalization and invasive surgery, or delay
the need for long-term nursing home care. In
addition to improving patient quality of life and
giving physicians more options to tailor treatment
to the needs of individual patients, the use of new
medicines also reduces overall health care costs.
For example, by preventing complications, side
effects, and symptoms, new medicines drastically
reduce the need for hospitalization. In fact, for
each additional dollar spent on new medicines,
the savings on hospital spending is $4.44.5

Furthermore, pharmaceutical research company
scientists have developed new medicines to treat
a number of gastrointestinal disorders over the
past two decades. Since these medicines have
become available to patients, the need for surgi-
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chemotherapy and surgery. Because of the high-
technology science needed to develop these new
prescription drugs, the medication costs as
much as $1,050 a year. However, surgery,
chemotherapy, or other invasive treatments for
women suffering from breast cancer may cost
as much as $14,000 a year.9 [Figure 2.2]

New Medicines Increase Life
Expectancy

Medicines invented by pharmaceutical research
company scientists have played a significant role
in the life expectancy gains made in the United
States and around the world. Recent research in
Health Affairs concluded that new medicines
generated 40 percent of the two-year gain in life
expectancy achieved in 52 countries between
1986 and 2000.10

A Decade of Innovation

Today, patients who would have faced death
or disability a few years ago have treatments
options available to help them live healthier,
more productive lives. A small sampling of
these innovations are as follows:

• Patients suffering from Alzheimer’s dis-
ease (AD), a neurological condition that
leads to cognitive decline among older
people, had few treatment options until
the past decade, when the FDA approved
five new medicines to treat AD and slow
impairment. The latest, approved in
2003, is part of a new class of drugs and
is the first approved treatment for moder-
ate to severe AD. New medicines are still
greatly needed to stem the enormous
costs of AD because the number of cases
continues to rise.

• High blood pressure can lead to stroke,
blindness, heart problems, and kidney
damage. Since 1995, pharmaceutical
research company scientists have devel-
oped two new classes of blood pressure

medications, angiotensin-II antagonists
and selective aldosterone receptor antag-
onists. These new medicines improve
blood pressure control with individual-
ized treatment plans and fewer side
effects. Today, 17 new medicines are in
development to broaden the treatment
options for high blood pressure patients.

• Schizophrenia is an incapacitating mental
illness that impairs the patient’s sense of
reality, reduces the ability to relate to
people, and, in many cases, causes hallu-
cinations. New atypical antipsychotic
medicines treat schizophrenia with fewer
problematic side effects than older drugs,
which makes them easier for patients to
tolerate and continue taking. As a result,
many people with schizophrenia can now
lead more normal, independent lives.

For further information about pharmaceuti-
cal developments to treat a broad range of
conditions, see PhRMA’s publication
“Decade of Innovation.”

“[O]ver the last century, the value of gains in
life expectancy seen in the U.S. is greater than
the total value of all the measured growth in our
economic output. New drugs are no small part
of this medical miracle…. And for the develop-
ing countries of the world, the health improve-
ments have been even more valuable. Drug
treatments for infectious diseases and other ill-
nesses of the developing world have permitted
even greater gains in life expectancy in devel-
oping nations than in countries like the U.S.
Consequently, innovation in drugs and other
medical treatments is helping to reduce the
worldwide economic inequality that has long
resulted from health inequality.”11

—Mark McClellan, M.D., Ph.D., Commissioner,
U.S. Food and Drug Administration
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Scientists Are Discovering
Medicines to Improve Quality
of Life

New and better medicines are not only extending
more people’s lives, but also giving them higher
quality, more productive years. A recent study14

found that risks for chronic disabilities such as
stroke and dementia have declined sharply. The
authors concluded that, if this trend continues,
Medicare spending could actually stop increasing.
Scientists at the National Institute of Aging, which
sponsored the study, said the decline probably
resulted from factors that included new drugs for
heart problems and other illnesses and advances
in prescription drugs and medical technology.

Another recent study found that children with
asthma who enrolled in a comprehensive disease
management program that included appropriate
medications experienced significant quality-of-
life improvements. As their symptoms decreased
and their capacity for activity rose, they reported
greater emotional well-being.15

In many cases new medicines and vaccines help
prevent disease, in addition to those that may
cure or alleviate previously fatal or debilitating
conditions. For example, new medicines con-
tributed to the decline in U.S. HIV/AIDS death
rates. Since the mid-1990s, when pharmaceuti-
cal research company scientists developed a new
wave of medicines to treat HIV/AIDS (protease
inhibitors and combination drug therapy), the
U.S. death rate from AIDS dropped about 70
percent.12

A recent article in The Washington Post stated that
cancer has become a “chronic disease much like
asthma, diabetes, and, more recently, AIDS” as a
result of new diagnostic techniques and innova-
tive medicines. Today there are three million
more cancer survivors than there were a decade
ago. The chance of surviving for five years after
diagnosis has risen by 10 percentage points over
the past two decades to 62 percent today.13
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Cost of New Drug Therapy Cost of Surgery

Figure 2.2 A New Breast Cancer Medicine Helps Women Avoid the
Need for Surgery and Lowers Total Treatment Costs

Source: M. Kondracke, “Investing Billions in Health Research Can Save Trillions,” Roll Call, 25 May 2000.
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I sit down to write a few words about the value of

medical innovation, about the good economic and

public health news associated with the progress we

have made over the past decade against cancer, HIV,

heart disease, mental illness, and dozens of other

diseases. But I am distracted by a fax on my desk. It

is the five-page lab report of a close friend, aged 39,

whose body has suddenly turned against her: A

blood clot chokes her leg from hip to ankle; the

joints of her fingers have swollen to the point where

she cannot close her hands; she is wracked with

fever, fatigue, and crushing pain in every joint. She

faxed me the report because she thought I might be

able to explain it with more candor than her doctors.

They have suggested much but said little with any

certainty, added two new medications to the three

she is already taking, and ordered more tests. But in

concert with her symptoms, those numbers, bench-

marks, and acronyms on the report spell one thing:

lupus.

There is no cure for lupus, a cruel autoimmune dis-

ease that attacks and retreats with the capricious-

ness of rheumatoid arthritis, multiple sclerosis, and

sickle cell anemia. After her initial “flare” has done

its damage, this mother of two young children will

awaken every day bracing for the next debilitating

onslaught. She will have access to several medi-

cines to mediate lupus’ symptoms and minimize its

destruction, and each will be worth 10 times its cost

by precluding her need for more intensive medical

care. But for the disease itself, we do not have a

cure. Yet. This is where we will leave the conversa-

tion a few days from now, after my friend’s doctors

have told her what I already know. We do not have a

cure, I will tell her, not yet. But many of the same

people behind those benchmarks in her lab report

are working hard on finding one—directly, indirectly,

and often inadvertently—in hundreds of govern-

ment, academic, hospital, and industry labs. The

sheer hopefulness that their efforts inspire will lift us

from the grim realities of the report, will rouse her

doctors from their chastened silence when they

break the news, will enshroud my friend like the

wings of an angel through the agonies of her next

attack.

This is who we are in America when something as

unfair and vicious as lupus strikes. We strike back—

with science, hard work, money, and an innate belief

that we can and will right the terrible wrongs that

nature too often inflicts on our bodies and minds.

Yes, our progress is expensive, especially when

viewed in an economic vacuum. It places those

tasked with running our public and private health

plans in the horrendous position of trying to arbi-

trate cost, appropriateness, and value. And in the

short run, it puts great economic pressure on all of

us. But our unwillingness to give up the fight against

something like lupus is a big part of what defines us

as a nation. We produce the bulk of the world’s

medical miracles because we do not quit; because

we make room for the greatest minds and wildest

ideas; because we have always dreamed of a better

life for ourselves and our children; because we are

willing to finance hope.

J. D. Kleinke 

Medical Economist and Author

Chairman,

Health Strategies Network

“We produce the bulk of the world’s medical miracles
because we do not quit; because we make room for the

greatest minds and wildest ideas…because we are
willing to finance hope.”

J. D. Kleinke, Medical Economist & Author
Chairman, Health Strategies Network
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innovative brand-name medicines only account
for 7 percent of total health care spending.
[Figure 2.3]

In 2003, health maintenance organizations
(HMOs) responding to the Milliman USA 2003
HMO Intercompany Rate Survey had average 
premiums of $238.70 per member per month
(PMPM). Of this amount, outpatient prescription
medicines accounted for just $35.43 PMPM—or
14.8 percent. According to the industry-wide sur-
vey data, HMOs in 2003 spent slightly more on
outpatient prescription medicines ($35.43 PMPM)
than on administrative costs ($33.94 PMPM).17

Although prescription medicines often are por-
trayed as the main driver of rising health care
costs, this is not the case. A January 2004
Health Affairs article reported that in 2002, pre-
scription drugs accounted for only 16 percent of
total health care spending increases.18

As Role of Medicines Has
Grown, Spending on
Medications Has Increased—
But Innovative Medicines 
Are Only a Small Portion of
Total Costs

As patients and health care professionals have
turned increasingly to medications as cost-effec-
tive alternatives to invasive surgery and hospital-
ization, spending on prescription medicines
naturally has increased—from 10 cents to 10.5
cents of every dollar spent on health care in the
United States between 2001 and 2002.16 This
10.5 cents includes more than the innovative
brand-name medicines invented in pharmaceu-
tical research company labs; it also includes the
cost of generic copies and pharmacies. In fact,
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Prescription Medicines
Physician Services

Brand-Name Medicines
Generic Copies and Pharmacy Costs

Hospital Care
Nursing Homes
Administrative and Net Costs
Other

Figure 2.3 Prescription Medicines Are a Small Fraction of Total U.S.
Health Care Spending; Brand-Name Medicines Equal Only
7 Cents on a Dollar

Source: Centers for Medicare & Medicaid Services, “National Health
Expenditures,” 8 January 2004, http://www.cms.gov/statistics/nhe
(9 January 2004).

Source: R. E. King and D. N. Muse, Components of Pharmaceu-
tical Expenditures, prepared for PhRMA, Winter 2004.
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New Medicines Strengthen
the Economy

In addition to over 70,000 scientists, the phar-
maceutical research industry directly employs
more than 315,000 Americans.19 New medi-
cines also benefit the economy by increasing
worker productivity and reducing absenteeism.
A growing number of studies are finding that
many types of medicines—including those for
depression, migraines, diabetes, and allergies—
help boost worker productivity. For example, the
National Committee for Quality Assurance stat-
ed that “if every American with depression

received care from a health plan or provider that
was performing at the 90th percentile level,
employers would recoup as many as 8.8 million
absentee days per year.”

Conclusion

Over the past decade, the new medicines phar-
maceutical company researchers have discov-
ered have transformed the very nature of health
care, allowing millions to live longer, better, and
more productive lives. The products of innova-
tion provide the solutions to caring more effi-
ciently and effectively for an aging population.
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(2002): 1055–1062.
16 Centers for Medicare & Medicaid Services,
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http://www.cms.gov/statistics/nhe (accessed 9
January 2004).
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Survey (2003).
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19 National Science Foundation, Division of Science
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ACCESS TO INNOVATION

U ltimately, innovative medicines only
make a difference when patients have
access to them and use them. As the

sidebar “Fulfilling the Promise of Innovation”
shows, underutilization of effective new medi-
cines is a serious concern that limits the poten-
tial public health impact of pharmaceutical
discoveries. Strategies to contain pharmaceutical
costs have led to less access to needed medi-
cines for patients. However, some important
programs that broaden access to innovative
medicines illustrate the positive impact of this
approach.

Preferred Drug Lists and Prior
Authorization: Key Barriers for
Accessing Innovation

In recent years, many Medicaid programs have
instituted preferred drug lists (PDLs), which
specify the reimbursable medicines physicians
can freely prescribe. Drugs not on the PDL are
reimbursed only if a patient’s doctor first
obtains special permission from the insurer to
prescribe the drug (known as “prior authoriza-
tion”). Although the intent of this mechanism is
to control costs, the result has been less access
to needed medicines for patients. Prior authori-
zation and restrictive PDLs limit a physician’s
ability to choose the most appropriate medi-
cine(s) for the patient. Yet one size does not fit
all when it comes to medicines because individ-
ual differences in drug response are common.
As a recent article in the New England Journal of

Medicine notes, “It is well recognized that differ-
ent patients respond in different ways to the
same medicine.”1

Access Restrictions Particularly
Harm Medicaid Patients

Access restrictions are particularly onerous for
low-income patients, who lack the resources to
pay for innovative medicines out of pocket. If
the most appropriate medicines for them are
not on the PDL, they face fighting their way
through the bureaucracy of prior authorizations
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Medicaid beneficiaries, such as an HIV/AIDS
patient who had to be hospitalized due to a
delay in obtaining prior authorization for a 
necessary medication.5

Improving Access to
Innovation

While Medicaid PDLs seek to restrict access to
medicines, alternative approaches seek to
improve quality of care and achieve overall

and/or lengthy appeals processes—or doing
without.

Yet experience shows that denial of the most
appropriate drug therapy ultimately lowers qual-
ity of care and increases use of more expensive
services, such as hospitalization. For example,
clinicians treating patients in Michigan’s
Medicaid program reported that the prior
authorization process was overly burdensome
and time consuming for them and their
patients. The process also harmed vulnerable

Fulfilling the Promise of Innovation

Use of medicines is increasing as more
patients take medicines for a broader range
of conditions. This is indicative of new medi-
cines offering new treatment options (e.g.,
Alzheimer’s and chemotherapy-induced 
anemia) and changing standards of medical
care that call for earlier use of medicines to
prevent the progression of disease, use of
combination therapy rather than a single
medicine, and improved therapies. Nonethe-
less, increasing use of medicines is often
cited in policy debates as indicating wide-
spread overuse of medicines.

In fact, while only limited research indicates
overuse of prescription drugs, there is much
evidence that large numbers of patients
underuse needed medical care, including
prescription medicines, for many serious
health conditions. Such underuse is not lim-
ited to patients without health insurance or
prescription drug coverage—it clearly
afflicts patients who have health insurance
with prescription drug coverage.

On June 26, 2003, the New England Journal
of Medicine published “The Quality of Health
Care Delivered to Adults in the United States,”
which is perhaps the most ambitious and
comprehensive survey of utilization patterns
ever undertaken. The study, which was con-
ducted by RAND Health and funded by The
Robert Wood Johnson Foundation, found
that nearly half of all adults in the United

States fail to receive recommended health
care.2 Only 45 percent of patients with dia-
betes received the care they needed; only
68 percent of patients with coronary artery
disease received recommended care; only
45 percent of heart attack patients received
medications that could reduce their risk of
death; only 54 percent of patients with col-
orectal cancer received recommended care;
and less than 65 percent of patients with
high blood pressure received recommended
care. [Figure 3.1] 

According to the RAND researchers, “the
deficiencies in care…pose serious threats to
the health of the American public that could
contribute to thousands of preventable
deaths in the United States each year.”

In assessing underuse and overuse of health
care services, the RAND study included an
examination of nine health conditions that
require treatment with prescription medi-
cines.3 RAND determined that there was
underuse of prescription medications in
seven of the nine conditions. Those seven
conditions were asthma, cerebrovascular
disease, congestive heart failure, diabetes,
hip fracture, hyperlipidemia, and hyperten-
sion. Asthma, diabetes, hyperlipidemia, and
hypertension are considered “high priority”
conditions by the Agency for Healthcare
Research and Quality (AHRQ) and the
Institute of Medicine.4
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health cost savings by promoting the correct use
of medicines, thereby avoiding the later need for
more costly interventions. Increases in expendi-
tures for prescription medicines often help
patients lead healthier lives while avoiding
expensive hospitalizations, emergency room vis-
its, and long-term care. Disease management
programs work to increase patient access to
innovative medicines to improve health and
reduce overall health care costs.

Disease Management Programs

Patient-focused disease management programs
promote appropriate use of pharmaceuticals
and medical resource utilization. In these pro-
grams, patients receive more intensive educa-
tion, assistance, and monitoring in following a
treatment plan tailored to their needs. Managed
care organizations and large employers make
up the majority of disease management clients,
although some state Medicaid programs also
offer them. Disease management programs rely
heavily on giving patients access to innovative
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Figure 3.1 Nearly Half of All Adults in the U.S. Fail to Receive
Recommended Health Care

Source: E. A. McGlynn et al., “The Quality of Health Care Delivered to Adults in the United States,” New England Journal of Medicine 348 
no. 26, (2003): 2635–2645.

medicines to reduce health care costs and im-
prove outcomes.

For example, disease management programs,
which target patient populations with specific
high-cost, high-risk, chronic conditions, have
shown that increased spending on medicines
that manage disease help reduce surgeries, 
hospitalizations, and emergency room visits.
Patient-focused disease management programs
promote appropriate use of pharmaceuticals
and medical resource utilization. According to a
survey conducted by the Tufts Center for the
Study of Drug Development, 42 percent of dis-
ease managers find that increased spending on
medicines leads to a net cost savings across all
health care components.6

For example, the CarePatterns® Disease
Management Program for diabetes is designed
to improve clinical, humanistic, and economic
outcomes through the promotion of the
American Diabetes Association guidelines.
After one year, medical expenditures for partici-
pants decreased by $747, or 9.4 percent, from
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Increasing Patient Information

As discussed in the sidebar “Fulfilling the
Promise of Innovation,” a number of patients
do not receive needed medical care. One way
that pharmaceutical companies attempt to
inform and educate consumers about treatable
conditions is through Direct-to-Consumer
Advertising (DTCA).

Direct-to-Consumer Advertising

DTCA brings Food and Drug Administration-
approved information about prescription medi-
cines to patients and families. Through print
and broadcast channels, many people learn
about new medications for symptoms they are
experiencing. In fact, a national telephone sur-
vey of 3,000 adults found that one-quarter of
adult patients who had visited their physician
after seeing a DTC ad received a diagnosis of a
new condition.12 Some of the most common
problems discovered as a result of these visits—
high cholesterol, hypertension, diabetes, and
depression—are often underdiagnosed and
undertreated. [Figure 3.2]

Helping Patients Access
Medications

The ability of patients without insurance cover-
age to access medicines is essential to maintain-
ing health. Pharmaceutical research companies
employ a number of programs—issuing dis-
count cards, supporting clinics, donating medi-
cines—to help patients gain access to the
medicines they need.

Pharmaceutical Research
Companies’ Patient Assistance
Programs

Pharmaceutical research companies’ long-
standing patient assistance programs offer
another opportunity for patients to access needed
prescription medicines. Through these programs,

the baseline period. When participants’ actual
spending was compared to projected medical
spending, savings realized increased to $1,474,
or 17 percent, per participant. Conversely, med-
ical spending for diabetics not participating in
the program increased by $230, or 3.3 percent,
per individual. At the same time, pharmacy
spending for program participants increased by
23.5 percent and by 19.7 percent for nonpartici-
pants.7 Specifically, pharmacy spending for pro-
gram participants increased from $1,635 to
$2,020.8

Virginia’s Medicaid managed care program is
improving clinical outcomes, finances, and
patient satisfaction. Sentara, which operates a
Virginia Medicaid managed care organization,
offers asthma management for high-risk mem-
bers. Sentara reports a decline in hospital
admissions from 74.2 per 1,000 in 1998 to 44.4
per 1,000 for 2003. Sentara estimates overall
cost savings for the 400 high-risk asthma mem-
bers of $209,428. Most of these savings are
attributed to a decline in inpatient costs.9 At the
same time, prescription medicine expenses
increased from $78,766 to $130,892.10

Blue Cross Blue Shield of Minnesota’s disease
management program administered by Ameri-
can Healthways Inc. provides services to plan
members with diabetes, coronary artery disease,
congestive heart failure, chronic obstructive pul-
monary disease, asthma, and end-stage renal
disease, as well as to plan members with one or
more of 11 “impact conditions,” such as diges-
tive disorders and low back pain, that can affect
an employer’s costs and a plan member’s quali-
ty of life. While the program is estimated to save
$36 million to $49 million during the first year
of operation, the company also reports that
more than 7 percent of plan members with
chronic illnesses and 11 percent of members
with impact conditions reported decreased days
absent from work or school.11

3
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Cost containment and stringent utilization con-

trols often hurt access. Prescription drugs are

essential to the recovery and continuing health of

most people with severe mental illness. Ensuring

access to the most effective psychotropic medica-

tions is essential.

Appropriate medication is as important to recovery

from mental illnesses as it is for recovery from

somatic illnesses. It offers the same alternative to

more expensive care and treatment in both cases. If

policy makers choose to do less for fewer people

with mental illness, the cost of this neglect will not

only be counted in human suffering, it will reappear

in other areas of their budgets and/or in other levels

of government.

Policy makers should weigh the costs of any strate-

gy being considered against the anticipated benefits.

Medicaid programs must measure the costs and

health consequences and identify the risks inherent

in a strategy. Cost containment and accountability

must go hand in hand.

Rising pharmacy costs must be understood as part

of the larger picture associated with the cost of

untreated mental illness across society, particularly

dramatic reductions in long-term hospitalizations.

More importantly, pharmacy costs should be viewed

as part of an overall strategy for addressing the high

cost of untreated mental illness, including chronic

homelessness and “criminalization” that can be

reduced through access to effective medication,

comprehensive outpatient treatment, and timely

short-term inpatient treatment. We need to ensure

that people with mental illnesses have adequate

medications so fewer people end up being hospital-

ized longer than necessary, inappropriately incarcer-

ated, or placed at risk of becoming homeless.

Margaret Stout

President

National Alliance for the Mentally Ill (NAMI)

“Cost containment and stringent utilization controls
often hurt access. Prescription drugs are essential to

the recovery and continuing health of most people with
severe mental illness. Ensuring access to the most

effective psychotropic medications is essential.”

Margaret Stout
President, National Alliance for the Mentally Ill (NAMI)

through these programs, more than quadruple
the number who received assistance five years
earlier (1.5 million in 1998). By the end of 2003,
nearly 18 million prescriptions were expected to
be filled through the programs.13 [Figure 3.3]

For more information on Pharmaceutical
Research Companies’ Patient Assistance
Programs, please visit www.helpingpatients.org

companies provide prescription drugs free of
charge to patients who might otherwise not have
access to necessary medicines, such as those
who do not have prescription drug insurance
coverage or who are underinsured with either
private and/or government health plans.
Companies also allow physicians, hospitals, com-
munity pharmacies, home-health companies,
and others to obtain drugs for patients in need.

Patient assistance programs are administered
individually by each of PhRMA’s member com-
panies. In 2003, an estimated 6.2 million
patients received prescription medicines
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Figure 3.2 Direct-to-Consumer Advertising Encourages Patients With
Undiagnosed Conditions to Visit Their Physicians

Source: J. Weissman et al., “Consumers’ Reports on the Health Effects of Direct-to-Consumer Drug Advertising,” Health Affairs Web Exclusive,
26 February 2003, http://www.healthaffairs.org (accessed 27 February 2003).
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Figure 3.3 Number of Patients Receiving Medicines Through Patient
Assistance Programs Has More Than Quadrupled in Five
Years

Source: PhRMA, Member Company Patient Assistance Programs Survey 2003, (Washington, DC: PhRMA, November 2003).
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Conclusion 

As described in Chapter 2, the products of phar-
maceutical innovation are revolutionizing health
care and providing doctors and patients with
new and better tools to treat and cure disease.
However, for these innovations to succeed in
providing better health outcomes, patients must
have access to new medicines. Programs provid-
ing health coverage achieve savings through
effective use of prescription drugs. Clearly,
spending for prescription medicines often helps
patients lead healthier lives while avoiding
expensive hospitalizations, emergency room 
visits, and long-term care.
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