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 n U.S. and foreign biopharmaceuti-
cal companies and medical device 
manufacturers are responsible 
for many cures and advances in 
medical treatment.

 n The biopharmaceutical industry 
is a major generator of American 
economic growth and a high-tech-
nology leader, employing over 
810,000 workers and supporting 
3.4 million American jobs.

 n Since the early  20th century, 19 
major federal regulatory laws 
were enacted both to safeguard 
health and well-being for health 
care recipients and to monitor the 
medical industry.

 n Current FDA regulations result in 
delayed improvements in medica-
tions and excessive reliance on 
inflexible and outmoded regula-
tory approaches.

 n The 21st Century Cures Act would 
authorize the FDA to consider 
alternatives to multiphase clinical 
drug trials in certain circumstanc-
es and to establish accelerated 
approval for certain classes of 
novel drugs.

 n The legislative outlook for the 
various FDA-related bills cur-
rently before Congress is most 
uncertain.

Abstract
Properly tailored and limited regulation of biopharmaceutical 

products and medical devices helps to promote public safety, but 
the U.S. Food and Drug Administration’s regulations as currently 
designed hinder and slow the innovation process and retard the dif-
fusion of medical improvements. Specifically, research indicates that 
current regulatory norms and the delays they engender unnecessar-
ily bloat costs, discourage research and development, slow the pace of 
health improvements for millions of Americans, and harm the Ameri-
can economy. These factors should be kept in mind by Congress and the 
Administration as they study how best to reform (and, where appropri-
ate, eliminate) FDA regulation of drugs and medical devices. Reducing 
the burdens imposed on inventors by the FDA would allow more drugs 
to get to the market more quickly so that patients could pursue new and 
potentially lifesaving treatments.

In recent decades, u.S. and foreign biopharmaceutical companies 
(makers of drugs that are based on chemical compounds or bio-

logical materials, such as vaccines) and medical device manufac-
turers have been responsible for many cures and advances in treat-
ment that have benefited patients’ lives. New cancer treatments, 
medical devices, and other medical discoveries are being made at a 
rapid pace.

The biopharmaceutical industry is also a major generator of 
American economic growth and a high-technology leader.1 The u.S. 
biopharmaceutical sector directly employs over 810,000 workers, 
supports 3.4 million American jobs across the country, contributed 
almost one-fourth of all domestic research and development (R&D) 
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funded by u.S. businesses in 2013—more than any 
other single sector—and contributes roughly $790 
billion a year to the American economy, according to 
one study.2 American biopharmaceutical firms col-
laborate with hospitals, universities, and research 
institutions around the country to provide clinical 
trials and treatments and to create new jobs. Their 
products also boost workplace productivity by treat-
ing medical conditions, thereby reducing absentee-
ism and disability leave.

In short, the biopharmaceutical sector and the 
related industries that produce medical devices are 
great American success stories.

under current law, before they can be offered to 
patients in the united States, biopharmaceutical 
products and medical devices must first be tested 
and approved by a federal agency, the u.S. Food and 
Drug Administration (FDA). Properly tailored and 
limited regulation in this area is clearly important 
to public safety, but FDA regulations as currently 
designed hinder and slow the innovation process 
and retard the diffusion of medical improvements. 
This is a serious problem because the cost of develop-
ing a new FDA-approved drug is astronomical: “[I]n 
part because so many drugs fail, large pharmaceu-
tical companies that are working on dozens of drug 
projects at once spend $5 billion per new medicine.”3 

When they do bring forth pharmaceutical treat-
ments, drug companies must recoup the hundreds of 
billions of dollars in costs that they have absorbed in 
pursuing unfruitful as well as successful R&D.4

Reducing the burdens imposed on inventors by 
the FDA (for instance, by streamlining drug approv-
al processes without sacrificing safety) would allow 
more drugs to get to the market more quickly and 
give patients the opportunity to pursue new (and 
sometimes potentially lifesaving)5 treatments. 
Implementing creative ways to reform FDA regula-
tion is therefore critically important to the enhance-
ment of public health, particularly at a time when 
genetic testing and new therapeutic treatments hold 
out the promise of major improvements in health 
care results.

Federal Drug and Medical Device 
Regulation and the FDA Through 1990

Federal regulation of foods and drugs dates 
back to the early 20th century.6 Following a scan-
dal involving contaminated smallpox vaccines and 
diphtheria antitoxins that led to tetanus outbreaks, 
Congress enacted the Biologics Act of 1902, which 
required the federal government to grant pre-mar-
ket approval for all biological drugs (a category 
including vaccines, blood and blood products, and 

1. See phRMA, Economic Impact: The Biopharmaceutical Industry Helps Strengthen the U.S. Economy (2015), http://www.phrma.org/economic-impact, 
and sources cited therein for an overview of the U.S. economic benefits stemming from the American production of biopharmaceutical products. 
For detailed data regarding this industry, see Battelle Technology Partnership Practice, The Economic Impact of the U.S. Biopharmaceutical Industry 
(July 2013), http://phrma.org/sites/default/files/pdf/The-Economic-Impact-of-the-US-Biopharmaceutical-Industry.pdf. This paper discusses 
primarily the regulation of pharmaceuticals derived from chemical compounds and drugs based on biological materials (biologics), but its 
proposed reforms also affect FDA regulation of medical devices, which are important to health care and the general economy.

2. See The Economic Impact of the U.S. Biopharmaceutical Industry, id.

3. Matthew Herper, “The Cost of Creating a New Drug Now $5 Billion, Pushing Big Pharma to Change,” Forbes, Aug. 11, 2013, 
http://www.forbes.com/sites/matthewherper/2013/08/11/how-the-staggering-cost-of-inventing-new-drugs-is-shaping-the-future-of-medicine/. 

“[T]he cost of inventing and developing a new drug [is]…driven by the uncomfortable fact than 95% of the experimental medicines that are 
studied in humans fail to be both effective and safe.” Id. See also, e.g., Sean Hackbarth, “4 Charts Explain the Economics of Drug Development,” 
Above the Fold, Oct. 11, 2015, https://www.uschamber.com/above-the-fold/4-charts-explain-the-economics-drug-development.

4. See Matthew Herper, “How Much Does Pharmaceutical Innovation Cost? A Look At 100 Companies,” Forbes, Aug. 11, 2013, 
http://www.forbes.com/sites/matthewherper/2013/08/11/the-cost-of-inventing-a-new-drug-98-companies-ranked/. U.S. pharmaceutical 
innovation is, however, a relative bargain, taking into account the relative share of pharmaceutical costs as a proportion of health care 
expenditures and the substantial health benefits conferred by prescription pharmaceuticals. See “Castellani Statement on Prescription Health 
Costs,” PhRMA Press Release, May 29, 2014, http://www.phrma.org/media-releases/castellani-statement-on-prescription-drug-costs 
(citing Congressional Budget Office research on the cost-effectiveness of prescription drugs).

5. See Alden Abbott and Rachel Miller, One Man’s Fight With Lou Gehrig’s Disease Highlights Why the FDA Needs to Be Reformed, The Daily Signal, 
Nov. 19, 2015, http://dailysignal.com/2015/11/19/one-mans-fight-with-lou-gehrigs-disease-highlights-why-the-fda-needs-to-be-reformed/.

6. For a more detailed account of the history of federal drug and medical device regulation and the FDA, see Alexander Tabarrok and Daniel 
B. Klein, History of Federal Regulation: 1902–Present, FDAReview.org, http://www.fdareview.org/history.shtml. The historical summary in this 
paper draws heavily on this source and the scholarly studies to which it refers. Legislation and regulatory changes enacted after 1990 began 
to reflect concerns with the FDA’s regulatory deficiencies but at best implemented minor, not far-reaching, reforms.
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cell extracts) and for the facilities producing such 
drugs. Congress later applied this same pre-market 
regulation to animal biological drugs in the Virus, 
Serum, and Toxin Act of 1913.

In 1906, following publication of The Jungle, 
upton Sinclair’s exposé of filthy conditions in the 
meatpacking industry, Congress passed the Pure 
Food and Drug Act, which included provisions 
against the misbranding of drugs.7 A drug was 
deemed “misbranded” if it contained alcohol or 
other listed dangerous or addictive drugs and its 
label failed to specify the proportion or quantity of 
such drugs. The 1906 act applied only to labeling, not 
to advertising.

The Harrison Narcotics Act of 1914 placed a tax on 
the production, sale, and use of opium and required 
prescriptions for products exceeding the allowable 
limits of narcotics. It also mandated more detailed 
record keeping for physicians and pharmacists who 
dispense narcotics. Federal regulatory functions 
regarding drugs, narcotics, and foods were carried 
out initially by a federal Bureau of Chemistry, which 
was reorganized to become the Food, Drug, and 
Insecticide Administration in 1927 and renamed the 
Food and Drug Administration in 1930.

Prior to 1938, pharmaceutical firms could mar-
ket drugs without advance federal approval for safe-
ty and effectiveness. In 1938, a year after over 100 
Americans died from ingesting a toxic drug, elixir 
sulfanilamide, Congress enacted the Federal Drug 
and Cosmetic Act (FDCA), which required that 
drugs must be federally approved for safety, but 
not for effectiveness, before being introduced into 
the market.

under the FDCA, the FDA approved drugs for gen-
eral distribution as long as they were demonstrated 
to be “safe under conditions proposed for their use 
in the labeling,” even when the evidence did not 
support a manufacturer’s therapeutic claims. This 
standard led to a certain amount of misleading drug 
advertising. More dramatically, the introduction of 
a new sedative, thalidomide, by a West German man-
ufacturer led to widespread serious birth defects 
that were widely reported in the international press. 
(Fortuitously, although the FDA had not suspected 
that thalidomide caused birth defects, it had delayed 
approval of the drug in the united States.)

In the wake of this publicity, Congress enacted 
the Drug Amendments of 1962 (1962 Amendments), 
which require manufacturers to demonstrate that 
their drugs are both safe and effective for their 
intended uses before they are approved for distribu-
tion. Specifically, before a drug is distributed, the FDA 
must approve a “new drug application” (NDA) that 
documents the drug’s safety and efficacy through a 
series of pre-clinical and clinical trials and indicates 
the proposed labeling and advertising for the drug. 
The 1962 Amendments expanded the FDA’s power 
and spawned regulatory delays, given the inherent 
difficulty involved in proving efficacy, but they did not 
eliminate the possibility that drugs could be intro-
duced before serious unanticipated harmful side 
effects for certain sub-populations (such as pregnant 
women in the case of thalidomide) were uncovered.

From the 1960s through 1990, Congress enact-
ed a variety of more narrowly focused food and 
drug statutes:

 n The Animal Drug Amendments Act of 1968 man-
dated pre-market approval of new drugs and food 
additives for animals.

 n The Toxic Substances Control Act of 1976 con-
tained a provision requiring FDA pre-market 
notification for new chemical substances.

 n The Medical Device Amendments of 1976 (1976 
Amendments) expanded the definition of a medi-
cal device and authorized the FDA to categorize 
all medical devices into three classes. Class I and 
Class II devices are relatively basic products (for 
example, tongue depressors are in Class I, while 
Class II products are a bit more complex) subject 
to reporting requirements and Good Manufac-
turing Practices (GMP) rules. Class III devices 
are very complex and risky products (for example, 
artificial hearts and angioplasty catheters) that 
must pass FDA pre-market approval processes 
similar to those required for new drugs, includ-
ing proof of safety and effectiveness in clinical tri-
als. each new device is given Class III treatment, 
regardless of actual risk, unless it is shown to be 

“substantially equivalent” to a product in exis-
tence before passage of the 1976 Amendments.

7. The regulation of food safety is beyond the scope of this paper.
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 n The Infant Formula Act of 1980 prohibited the 
marketing of infant formula without prior FDA 
approval (an unneeded response to a problem 
with a particular infant formula product that had 
quickly been cured through a voluntary recall), 
making it more difficult and expensive to get 
infant formula approved.

 n The Drug export Amendment Act of 1986 allowed 
American manufacturers to export non-FDA-
approved drugs if their approval is being sought 
and they are being exported to jurisdictions that 
meet certain “good quality” regulatory standards.

 n The Nutritional Labeling and education Act of 
1990 required that food manufacturers include 
nutritional labeling on most food products.

 n The Safe Medical Devices Act of 1990 signifi-
cantly raised reporting requirements for medi-
cal devices, including requiring device users 
to report adverse events to the FDA and to the 
device manufacturers. The act has been criti-
cized as “requir[ing] extensive and costly paper-
work often with little value.”8

Several major laws enacted during the 1980s and 
1990s focused on creating new incentives for compe-
tition and innovation in pharmaceutical markets by 
granting greater flexibility to drug producers:

 n The Orphan Drug Act of 1983 sought directly 
to encourage the development of drugs to treat 

“rare” diseases (those with fewer than 200,000 
cases in the u.S.). Few such drugs had been devel-
oped because the market for treating individual 
rare diseases had been insufficiently large to 
cover the high fixed costs and long delays associ-
ated with the FDA drug approval process. Instead 
of focusing on lifting FDA regulatory impedi-
ments, the Orphan Drug Act granted subsidies, 
tax preferences, and special exclusivity privileges 
to orphan drug developers. In particular, it grant-
ed an orphan drug producer seven years’ protec-
tion from entry into the market of any other drug 
having a similar effect.

 n The Drug Price Competition and Patent Term 
Restoration (Hatch–Waxman) Act of 1984 was 
designed to increase competition among the mak-
ers of branded drugs whose patents had expired 
and generic drugs that had the same chemical 
composition as the branded drugs. It did this by 
allowing producers of generic drugs to avoid costly 
and unnecessary safety and efficacy testing before 
entering the market. All the maker of a generic had 
to do was file a short Abbreviated New Drug Appli-
cation (ANDA) that showed its product to be “bio-
equivalent” to the established branded drug. At 
the same time, Hatch–Waxman helped branded 
drug owners by extending their patent terms up 
to five years to make up for time lost during FDA 
review and clinical testing. (A branded drug’s total 
patent term was also capped at 14 years from the 
date of FDA approval.) A central premise of Hatch–
Waxman was that the ANDA process would accel-
erate entry and competition among branded drugs 
and their generic substitutes, thereby containing 
the cost of medications.

 n The Prescription Drug user Fee Act (PDuFA) of 
1992 directly targeted delays in FDA drug reviews 
by requiring a manufacturer to pay a mandatory 
$200,000 user fee at the time of its application 
with the aim of reducing processing times. The 
FDA then hired many new employees, and within 
five years, average processing times had fallen by 
half, to 18 months. Noting this success, Congress 
renewed the user fee provision and increased 
user fees in 1997 and reauthorized the act in 2002. 
The FDA now has targeted some of the user fee 
funding to address post-market safety concerns.

A 2002 General Accounting Office (GAO) study of 
the PDuFA presented mixed results. It reported 
a significant fall in FDA average approval times 
for non-priority drugs (27 months to 14 months) 
between 1993 and 2001 but no change in average 
approval times for priority drugs (six months). At 
the same time, it found that the FDA might be 
rejecting applications that might otherwise have 
been eventually approved in order to reduce aver-
age processing times.9

8. Tabarrok and Klein, supra note 6, at 14.

9. Food and Drug Administration: Effect of User Fees on Drug Approval Times, Withdrawals, and Other Agency Activities, GAO Report No. 02-958 
(Sept. 2002), http://www.gao.gov/assets/240/235592.pdf. The GAO has since been renamed the Government Accountability Office.
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Two highly positive scholarly studies in 2005 and 
2006 determined that the PDuFA raised manu-
facturing profits and reduced review times, pro-
ducing gains to consumers equivalent to 180,000 
to 310,000 life-years without a diminution in 
safety.10 A 2012 GAO study presented an equivo-
cal (at best) assessment of FDA efficiency, finding 
that FDA review time for new drug applications 
increased slightly from fiscal year 2000 through 
fiscal year 2010, even though the FDA met most of 
its performance goals for reviewing drug applica-
tions during this period.11

 n The Dietary Supplement Health and education 
Act (DSHeA) of 1994 was enacted in light of an 
FDA history of seeking to regulate as drugs, and 
therefore prevent the distribution of, dietary sup-
plements of which it did not approve. Specifical-
ly, the act authorized the manufacturers of such 
supplements to make substantiated “statements 
of nutritional support” without being subject to 
FDA control. Nevertheless, the DSHeA barred 
them from making claims regarding disease with-
out going through the FDA drug approval process, 
even if the manufacturers could point to scientific 
evidence supporting such claims. Thus, while the 
DSHeA has somewhat limited the FDA’s ability 
to block the introduction of dietary supplements, 
it also has limited the rights of manufacturers to 
engage in honest commercial speech promoting 
their products—speech that certain consumers 
might find beneficial.12

 n The FDA Modernization Act of 1997 (1997 Act) 
accomplished only modestly helpful reforms. It 
reauthorized PDuFA user fees and provided a 
special financial incentive (six months exclu-
sivity added to any existing statutory exclusiv-
ity or patent protection) to manufacturers who 

conduct FDA-requested studies of drugs for 
children. The 1997 Act also codified a variety of 
already established FDA practices, including the 
use of FDA-appointed expert panels to assist the 
agency in new drug evaluation; the (optional) rule 
that only one adequate and well-controlled clini-
cal study could be the basis for approving a new 
drug (a power that the FDA still does not invoke 
frequently); FDA rules that severely (and harm-
fully) restricted the dissemination of informa-
tion regarding off-label uses of drugs (rules later 
limited by the courts); exemption of most Class 
I and Class II medical devices from pre-market 
approval; increased physician authorization to 
use experimental medical devices; and miscella-
neous minor procedural streamlining.

 n The Biologics Price Competition and Innova-
tion Act (BPCIA) of 200913 deals with incentives 
to create and generate competition among “bio-
logical products,” more commonly referred to 
as “biologics,” which are new cutting-edge prod-
ucts that differ substantially from drugs derived 
from specific chemical compounds. According to 
the FDA:

Biological products include a wide range of prod-
ucts such as vaccines, blood and blood compo-
nents, allergenics, somatic cells, gene therapy, 
tissues, and recombinant therapeutic proteins. 
Biologics can be composed of sugars, proteins, or 
nucleic acids or complex combinations of these 
substances, or may be living entities such as cells 
and tissues. Biologics are isolated from a variety 
of natural sources—human, animal, or microor-
ganism—and may be produced by biotechnology 
methods and other cutting-edge technologies. 
Gene-based and cellular biologics, for example, 
often are at the forefront of biomedical research, 

10. Ernst R. Berndt, Adrian H. B. Gottschalk, Thomas Philipson, and Matthew W. Strobeck, Assessing the Impacts of the Prescription Drug User Fee 
Acts (PDUFA) on the FDA Approval Process, Forum for Health Economics & Policy, No. 2 (2005); Thomas J. Philipson, Ernst R. Berndt, Adrian 
H. B. Gottschalk, and Matthew W. Strobeck, Assessing the Safety and Efficacy of the FDA: The Case of the Prescription Drug User Fee Acts, 
National Bureau of Economic Research Working Paper No. 11724 (Oct. 2006), 
http://211.253.40.86/mille/service/ERS/10000/IMG/000000004799/w11724.pdf.

11. FDA Has Met Most Performance Goals for Reviewing Applications, GAO Report No. 12-500 (March 2012), 
http://www.gao.gov/assets/590/589762.pdf.

12. Dietary supplements that make nutritional claims must carry two disclaimers: “This statement has not been evaluated by the Food and Drug 
Administration. This product is not intended to diagnose, treat, cure, or prevent any disease.”

13. The BPCIA was enacted in 2010 as part of the broader Patient Protection and Affordable Care Act (Obamacare) statute.
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and may be used to treat a variety of medi-
cal conditions for which no other treatments 
are available.

In contrast to most drugs that are chemically 
synthesized and their structure is known, most 
biologics are complex mixtures that are not eas-
ily identified or characterized. Biological prod-
ucts, including those manufactured by biotech-
nology, tend to be heat sensitive and susceptible 
to microbial contamination. Therefore, it is nec-
essary to use aseptic principles from initial man-
ufacturing steps, which is also in contrast to most 
conventional drugs.

Biological products often represent the cutting-
edge of biomedical research and, in time, may 
offer the most effective means to treat a variety 
of medical illnesses and conditions that present-
ly have no other treatments available.14

The BPCIA creates 12 years of market exclusiv-
ity for a biologic from the time it receives FDA 
approval. It also creates an abbreviated licensure 
pathway for biological products that are demon-
strated to be “biosimilar” to or “interchangeable” 
with FDA-licensed biologics.15 Specifically, the 
BPCIA provides that a drug may be demonstrated 
to be “biosimilar” to an already approved biologic 
if data show, among other things, that the product 
is “highly similar” to that biologic. A biosimilar 
may be licensed to enter the market and compete 
with the biologic no earlier than 12 years after the 
original biologic was licensed for sale. Promoting 
competition between biologics and biosimilars to 
treat specific illnesses is designed to contain new 

drug costs in this fast-growing segment of the 
pharmaceutical market, similar to the approach 
taken by the Hatch–Waxman Act for traditional 
chemically based drugs.

 n The FDA Safety and Innovation Act,16 enacted 
in 2012, reauthorized PDuSA, authorized pro-
ducers of generic drugs and biosimilars to pay 
user fees for expedited FDA review, granted the 
FDA additional authority to review applications 
more expeditiously, and reauthorized the FDA’s 
authority to compel companies to conduct pedi-
atric clinical trials. Its impact on FDA’s opera-
tions remains to be evaluated.

Excessive Costs of Current FDA 
Regulation

Current FDA regulation imposes an enormous 
burden on the American economy in terms of for-
gone, prohibitively costly, and delayed improve-
ments in medications and an excessive reliance on 
inflexible and outmoded regulatory approaches that 
do not reflect modern developments in science.17 Sev-
eral reform proposals have been advanced recently 
in response to these regulatory excesses.18 In addi-
tion, proposals have been advanced to deal with the 
application of state tort law to drug and medical 
device–related injuries and illnesses—the one area 
where a lack of deference to FDA regulation harms 
pharmaceutical innovation.

Forgone, Excessively Costly, and Delayed 
Improvements in Medications. Following imple-
mentation of the 1962 Amendments, FDA drug 
approval times soared (particularly compared to 
shorter foreign approval times);19 new FDA-imposed 
testing procedures generated major delays in drug 

14. U.S. FDA, What Are “Biologics” Questions and Answers (Aug. 2015), 
http://www.fda.gov/AboutFDA/CentersOffices/OfficeofMedicalProductsandTobacco/CBER/ucm133077.htm.

15. U.S. FDA, Biosimilars (Aug. 2015), http://www.fda.gov/Drugs/DevelopmentApprovalProcess/HowDrugsareDevelopedandApproved/
ApprovalApplications/TherapeuticBiologicApplications/Biosimilars/.

16. See U.S. FDA, Food and Drug Administration Safety and Innovation Act (FDASIA) (Oct. 2015), 
http://www.fda.gov/RegulatoryInformation/Legislation/SignificantAmendmentstotheFDCAct/FDASIA/ucm20027187.htm.

17. See generally, e.g., Joseph V. Gulfo, Jason Briggeman, and Ethan C. Roberts, The Proper Role of the FDA for the 21st Century, Mercatus Center, 
George Mason University (Feb. 2016), http://mercatus.org/sites/default/files/Gulfo-Proper-Role-FDA-v1.pdf.

18. This section focuses on some of the most thoughtful FDA critiques and reform proposals that have been put forth in recent years. It does not 
comprehensively assess all (or even most) of such proposals.

19. NDA average approval time rose from seven months on average in 1962 to 30 months in 1967 to many years during the 1970s. Although approval 
times improved somewhat during the 1980s and 1990s, by 2002 they were still eight years on average—far higher than in Europe. Alexander 
Tabarrok and Daniel B. Klein, Theory, Evidence, and Examples of FDA Harm, FDAReview.org (2002), http://www.fdareview.org/harm.shtml.
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development and production; and the average num-
ber of new drugs introduced each year dropped sig-
nificantly—by 60 percent, according to a 1973 study 
by prominent university of Chicago economist 
Sam Peltzman,20 who also found little evidence of a 
decline in the proportion of inefficacious drugs.21

Another economic study covering a longer time 
span similarly found that FDA regulation had raised 
drug costs and reduced the number of new drugs.22 
Average NDA regulatory approval times rose from 
seven months to 30 months between 1962 and 1967 
and continued to rise during the 1970s, though 
approval times improved somewhat in the 1980s and 
1990s. even worse, a 1985 analysis concluded that 
regulatory delays in new drug approvals contributed 
to hundreds of thousands of deaths (not to mention 
the millions of illnesses associated with delay).23

Whatever benefits the 1962 Amendments yield-
ed must therefore be weighed against major costs 
in the form of a reduced supply of new drugs, high-
er costs, delayed introduction of drugs, and related 
health consequences. While the post-1962 federal 
laws described above have sought in various ways 
to encourage new drug production and competition, 
they have not dealt seriously with the problem of 
FDA regulatory overreach.

Excessive Reliance on Inflexible and Out-
moded Approaches to Regulation. Delays, exces-
sive costs, and reductions in the flow of new medi-
cations are the products of inflexible and outmoded 
FDA approaches to regulation. In recent years, liti-
gants and scholars have highlighted the nature of 
these problems and advocated possible solutions.

FDA Informational Restrictions on Off-Label 
Drug Uses. After a drug is approved, a licensed phy-
sician may lawfully prescribe a drug for both FDA-
approved and non-FDA-approved (off-label) uses. 
Off-label prescriptions are quite common, and the 

therapeutic, life-saving benefits of off-label uses 
are widely recognized. In cancer therapy, for exam-
ple, drugs approved to treat one type of cancer have 
often proved effective in treating a different, off-
label cancer strain. Recognizing this, in 2009, Medi-
care began to cover off-label cancer treatments.

The FDA nevertheless has long sought to bar the 
promotion of off-label uses, reasoning that such pro-
motion constitutes “misbranding” under 21 u.S.C. 
§ 331(a), a law that establishes criminal liability for 

“[t]he introduction or delivery for introduction into 
interstate commerce of any…drug that is adulter-
ated or misbranded.” under this theory, the FDA in 
recent years has secured criminal misbranding con-
victions for off-label promotional activities by vari-
ous drug companies.

Serious First Amendment issues are raised, how-
ever, when the off-label promotional materials are 
true. In 2012, in United States v. Caronia,24 the u.S. 
Court of Appeals for the Second Circuit vacated a 
pharmaceutical sales representative’s conviction 
for conspiring to introduce a misbranded drug into 
interstate commerce, based on his having promoted 
off-label uses of Xyrem, a prescription drug manu-
factured by Orphan Medical, Inc. The court stressed 
that the promotional speech at issue was truthful 
and that fraudulent or misleading speech would be 
denied First Amendment protection.

Although the FDA did not appeal the Caronia 
decision, it interpreted it very narrowly and did 
not change its policy of opposing truthful off-label 
promotional activities as “misbranding.”25 In Ama-
rin Pharma, Inc. v. U.S. FDA,26 Amarin wished to 
make truthful statements regarding a widely pre-
scribed off-label use for the triglyceride-lowering 
drug Vascepa (statements largely derived from an 
FDA-approved study). In an August 2015 ruling, the 
u.S. District Court for the Southern District of New 

20. Sam Peltzman, An Evaluation of Consumer Protection Legislation: The 1962 Drug Amendments, 81 Journal of Political Economy 1049 (1973).

21. Other studies confirmed the finding that the proportion of inefficacious drugs had not dropped. Henry G. Grabowski and John M. Vernon, The 
Regulation of Pharmaceuticals: Balancing the Benefits and Risks (1983).

22. S. N. Wiggins, Product Quality Regulation and New Drug Introductions: Some New Evidence from the 1970s, 63 Review of Economics and 
Statistics 615 (1981).

23. D. H. Gieringer, The Safety and Efficacy of New Drug Approval, 5 Cato Journal 177 (1985).

24. United States v. Caronia, 703 F.3d 149 (2d Cir. 2012).

25. Thomas Sullivan, “US v. Caronia, One Year Later: FDA’s Position on Off-Label Promotion Remains the Same, But Changes are Looming,” Policy 
and Medicine (Feb. 20, 2014), http://www.policymed.com/2014/02/us-v-caronia-one-year-later-fdas-position-on-off-label-promotion-
remains-the-same-but-changes-are-looming.html.

26. Amarin Pharma Inc. v. U.S. FDA, Case No. 15-cv-3588 (Aug. 7, 2015), http://www.nysd.uscourts.gov/cases/show.php?db=special&id=478.
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York invoked Caronia and agreed with Amarin that 
the FDA’s threat of a misbranding action threatened 
to chill Amarin from engaging in constitutionally 
protected truthful and non-misleading speech. The 
court therefore granted Amarin relief, declaring 
that the company had the right to engage in truth-
ful and non-misleading off-label communications 
regarding Vascepa.

The Caronia and Amarin rulings, although 
important, do not definitively remove the cloud 
surrounding truthful speech regarding off-label 
drug uses.27 In principle, the FDA could still seek 
to challenge off-brand statements in other fed-
eral courts located outside the Second Circuit. To 
remove this cloud, the FDA by rule, or (preferably) 
Congress by statutory amendment, should specify 
that truthful speech concerning off-label uses is 
perfectly legal and will not be the subject of FDA 
enforcement actions.

Klein and Tabarrok Reform Proposals
George Mason university economics professors 

Daniel B. Klein and Alexander Tabarrok have out-
lined six types of reforms designed to combat FDA 
regulatory shortcomings.28 They have advanced 
these proposals not as ideal, fully formed solutions, 
but as topics for debate in order to refine thinking on 
the direction future legislation might take.

Split Product Labels. The first proposal relates 
to the lack of consumer information and control 
related to drugs and supplements. Because of FDA 
prohibitions on non-FDA-approved claims, con-
sumers typically do not receive adequate informa-
tion about the nature or attributes of drugs and 
nutritional supplements. The authors recommend a 
product label that would consist of a part for FDA-
approved health and nutrition claims and a part for 

“Not FDA Approved” claims. Although retaining FDA 
certification for those who want assurance from the 
FDA, the split-label approach increases the amount 

of information available to the consumer, thereby 
in principle raising consumer welfare. (Admittedly, 
enhancement of consumer welfare would require 
that at least a core group of consumers read and act 
upon any new claims.)

A “second best” alternative would be to return 
to the u.S. Federal Trade Commission (FTC) the 
authority it had until 1962 over drug promotion and 
advertising. The FTC, which has a large econom-
ics staff, is attuned to the benefits of disseminat-
ing truthful information and “was instrumental in 
allowing food manufacturers to make substantiated 
health claims regarding food, with notable improve-
ments in the health of consumer food products as a 
result.”29

Access to Non-approved Investigation-
al Drugs. The second proposal arises from the 
fact that:

[T]he FDA may deny seriously ill patients—those 
facing morbidity or death from their illnesses—
the use of unapproved drugs. This FDA interven-
tion has resulted in incidents where physicians 
were unable to provide experimental or unap-
proved treatments despite the terminal nature of 
their patients’ illnesses.30

The individuals who are denied access (often 
because they have not been allowed to participate 
in clinical trials) may suffer unnecessarily or die 
prematurely. unenacted legislative proposals intro-
duced in previous Congresses would have estab-
lished a special program granting such patients 
access to non-approved investigational drugs and 
would have immunized drug companies from prose-
cution for any claims resulting from their use by the 
patients or physicians.31

Nongovernmental Drug Certification. The 
third, developed by Stanford Professor Henry I. Mill-
er,32 would allow nongovernmental drug-certifying 

27. See David C. Gibbons, “A Victory for Amarin Further Erodes FDA Regulation of Off-label Promotion,” FDA Law Blog 
(Aug. 10, 2015), http://www.fdalawblog.net/fda_law_blog_hyman_phelps/2015/08/a-victory-for-amarin-further-erodes-fda-regulation-of-
off-label-promotion.html.

28. Daniel B. Klein and Alexander Tabarrok, “Reform Options,” FDAReview.org, http://www.fdareview.org/reform.shtml.

29. Id. (citing P. M. Ippolito and A. D. Mathios, Information, Advertising and Health Choices: A Study of the Cereal Market, 21 Rand Journal of 
Economics, No. 3, 459 (1990).

30. Id.

31. See id. (discussing the “Access, Compassion, Care, and Ethics for Seriously Ill Patients Act” introduced in Congress in 2008).

32. Henry I. Miller, To America’s Health: A Proposal to Reform the Food and Drug Administration (2000).
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bodies to oversee new drug development. These 
bodies “would compete with one another for hire by 
companies developing a new drug. The hired drug-
certifying body would oversee investigation, help 
develop the NDA, and then make an initial decision 
on the application.”33 The FDA would have 90 days 
to approve or disapprove a body’s drug certification, 
and any disapproval would be appealable to a board 
of experts reporting to the Secretary of Health and 
Human Services.

Although Miller’s plan would create new com-
petitive mechanisms rather than one centralized 
bureaucracy to consider the merits of proposed 
drugs, it would still ultimately retain FDA approval 
over drug quality and safety standards and the cer-
tification of bodies. Such FDA control could place 
a substantial brake on the innovativeness of the 
new system.

International Reciprocity in Drug Approval. 
The fourth would allow u.S. drug companies to sub-
mit NDA-equivalent applications to drug regulatory 
agencies in specified countries. If the foreign agency 
in question approved the drug, it would automatical-
ly be approved for sale in the u.S., based on a prin-
ciple of reciprocity. This would require the u.S. gov-
ernment to enter into agreements on reciprocal new 
drug approval with specified foreign partner gov-
ernments. (High standards of regulatory review by 
a foreign agency would undoubtedly be required for 
enactment of such arrangements.) As Tabarrok and 
Klein point out, “[i]nternational reciprocity would 
eliminate the FDA’s monopoly on drug approval…. 
Thus, the FDA would have to compete for business. 
It would have to shape up or lose out on the fees that 
come with NDAs.”34

Elimination of Statutory Proof of Effica-
cy. The fifth would eliminate the statutory “proof 
of drug efficacy” requirement instituted in 1962 
and require only proof of drug safety. According to 
Tabarrok and Klein, “[t]hat simple reform would 
greatly expand the range of drugs developed (in 

particular for rare diseases), increase the speed with 
which they get to market, and significantly reduce 
costs and drug prices.”35

Voluntary Testing and Certification. The 
sixth and most radical reform would make FDA drug 
testing and certification voluntary. As Klein and 
Tabarrok envision it:

Drug companies would be welcome to submit 
applications for voluntary certification by the 
FDA. If doctors and patients were assured of 
quality and safety apart from FDA certification 
(as they are now with respect to off-label drug 
uses), they would be free to purchase the drug 
clearly labeled “Not FDA Approved.” On the 
other hand, if FDA certification is as valuable as 
the FDA claims, patients and doctors would avoid 
non-FDA-certified drugs and rely on FDA certifi-
cation. under this plan, the FDA would become 
a genuinely voluntary institution, much like 
underwriters’ Laboratories.36

Specifically, the FDA would compete with u.S. 
research institutions and companies, as well as 
(conceivably) foreign regulatory agencies, to pro-
vide certification services. Klein and Tabarrok have 
developed this concept further, arguing that a vol-
untary assurance system, backed by robust private 
tort remedies for consumers who have been harmed 
or cheated, would meet the demand for quality and 
safety assurance.37 The practicalities of, and cost-
benefit considerations related to, the implementa-
tion of such a market-based certification system 
merit careful evaluation.

Manhattan Institute Reform Proposals
In recent years, scholars at the Manhattan Insti-

tute have conducted a series of studies on pharma-
ceutical regulation. These analyses have generated 
suggestions for fundamental reforms of FDA pro-
cesses in light of scientific advances.

33. Id.

34. Klein and Tabarrok, supra note 28.

35. Id. The authors stress that “we know from the current practice of off-label prescriptions that a panoply of nongovernmental institutions 
research, mediate, and certify efficacy of drugs, quite apart from FDA efficacy evaluation. Hence, there is strong evidence that private 
enterprise and tort law takes care of efficacy and that the costs, delays, and drug loss from FDA efficacy requirements are unredeemed.” Id.

36. Id.

37. See Daniel B. Klein and Alexander Tabarrok, “The Sensible Alternative: The Voluntary Provision of Assurance,” FDAReview.org, 
http://www.fdareview.org/voluntary_assurance.shtml.
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Tailoring Treatments. One study by Peter 
Huber and Paul Howard focuses on precision medi-
cine, which involves tailoring treatments to the bio-
chemistry of individual patients based on molecu-
lar “biomarker profiles” that differ from patient to 
patient.38 Precision medicine, which has emerged 
over the past decade, is at odds with current FDA 
review processes, dating to the early 1960s, under 
which a new drug is approved only if its efficacy has 
been established through “adequate and well-con-
trolled” double-blind, placebo-controlled clinical 
Phase III trials. Such trials, which are time-consum-
ing, involve separating patients suffering from a dis-
ease into two groups. One group is given an experi-
mental drug, and another group is given a “placebo” 
having no medicinal value, with individual patients 
not knowing whether they are receiving the drug 
or the placebo. This approach assumes biological 
uniformity among patients, leading to the selection 
(after multi-year trial periods) of “one-size fits-all” 
drugs for hypothetical “one-size-fits-all” patients.

Moreover, “[b]y focusing exclusively on clinical 
symptoms and effects, which often take a long time 
to surface, these trials are often very slow to reach 
any conclusion at all.”39 In fact, many drugs that 
could help subsets of people based on their biomark-
er profiles are not approved. Although the FDA’s 
Accelerated Approval Rule, codified by Congress in 
1997, in principle allows the FDA to use “surrogate 
endpoints” that are likely to predict clinical out-
comes, this authority reportedly has had relatively 
little impact in practice. “[T]he FDA has declined to 
issue clear qualification criteria for surrogate end-
points, relying instead on an ad hoc—and, therefore, 
unpredictable—case-by-case analysis.”40

The study by Huber and Howard recommends 
remedying these deficiencies by having expert pan-
els convened by the National Institutes of Health 
(NIH), the federal government’s medical research 
organization, to develop substantive standards for 

the use of biomarkers that reflect the consensus view 
of the scientific community. These standards would 
be applied by the FDA to guide drug approval with 
the aim of improving and accelerating the approv-
al process.

Marshalling “Big Data.” In a related vein, 
another Manhattan Institute report by Peter Huber 
recommends marshalling “big data” to improve the 
drug approval process by relying on biomarker pro-
files and precision medicine.41 Specifically, it recom-
mends that, consistent with a study by the President’s 
Council of Advisors on Science and Technology:

[T]he FDA should use its existing accelerated 
approval rule as a starting point for developing 
adaptive trial protocols to be used “for all drugs 
meeting…an unmet medical need for a serious or 
life threatening illness.” These protocols should 
promote the meticulous, data-intensive study of 
the drug’s molecular performance during clini-
cal trials. And they should use modern statistical 
designs to choreograph the adaptive trials need-
ed to ascertain when a drug that provides only 
some degree of clinical benefit to some subsets of 
patients can become a useful component of com-
plex molecular medicine.42

Reducing the Burden Imposed by Phase III 
Drug Trials. A third study by Avik Roy emphasiz-
es the major cost and risk of Phase III FDA clinical 
drug trials, which typically account for 90 percent 
or more of a drug’s development costs.43 FDA regu-
lation requires that most drugs (all except those for 
rare diseases) pass through three sequential clinical 
trial phases before being considered for approval.

 n Phase I trials assess a drug’s safety, based on the 
experiences of a very small group of patients (100 
at most).

38. See Peter W. Huber and Paul Howard, “Unlocking the Code of Health: Bridging the Gap Between Precision Medicine and FDA Regulation,” 
Manhattan Institute Project FDA Report No. 8 (March 2015), https://www.manhattan-institute.org/pdf/fda_08.pdf.

39. Id. at 2.

40. Id. at 3.

41. See Peter W. Huber, “The Digital Future of Molecular Medicine: Rethinking FDA Regulation,” Manhattan Institute Project FDA Report No. 6 
(May 2013), http://www.manhattan-institute.org/pdf/fda_06.pdf.

42. Id. at 1.

43. See Avik S. A. Roy, “Stifling New Cures: The True Cost of Lengthy Clinical Drug Trials,” Manhattan Institute Project FDA Report No. 5 
(March 2012), http://www.manhattan-institute.org/pdf/fda_05.pdf.
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 n Phase II trials evaluate a drug’s safety and how 
well it works in treating a particular condition, 
based on a somewhat larger group of patients 
(100–300).

 n Phase III trials test a drug against placebos, as 
well as currently available treatments, on thou-
sands of people with an eye to identifying side 
effects and correct for statistical anomalies based 
on small sample assessments.

An evaluation of drug development in three areas 
(obesity, adult-onset diabetes, and cardiovascular 
disease) revealed that the Phase III system burdens 
pharmaceutical companies with huge and unpre-
dictable regulatory delays; discourages small u.S. 
biotech companies from competing in the tradi-
tional drug market; and perversely encourages more 
innovation in drugs covering very rare diseases 
(exempt from Part III) than in drugs for conditions 
afflicting huge numbers of Americans.

In light of these findings, Roy’s study recom-
mends that Congress amend the law to authorize 
the limited marketing to patients of drugs that 
have been found safe and promising in Phase I 
and Phase II trials. According to the study, this 
would give patients beneficial early access to new 
therapies and enable the FDA to collect informa-
tion on a drug’s safety and effectiveness, and later 
to revoke a drug’s marketing authorization, if 
deemed appropriate.

Moreover, it is claimed that the effects on inno-
vation could be enormous. Drawing on economic 
research, a related study by Tomas Philipson and 
Andrew Von eschenbach estimates that higher prof-
its accruing to producers in the absence of Phase III 
trials could bring forth a 100 percent to 240 percent 
gain in new pharmaceutical products.44

An FDA Report Card. FDA internal manage-
ment processes also have major consequences for 
public health and the economy. An “FDA Report 
Card” commissioned by the Manhattan Institute45 
finds wide variations in the productivity of different 
FDA divisions, with the most productive divisions 
approving new drugs twice as fast as the agency’s 
average and three times as fast as the least produc-
tive divisions. (Safety, complexity of the task, and 
resources did not affect these results.)

The Report Card concludes that internal 
improvements in FDA efficiency could reduce R&D 
costs by nearly $1 billion a year and that greater FDA 
efficiency in approving a single generation of drugs 
would be worth $4 trillion to American patients due 
to greater life expectancy.46 The Report Card also 
suggests that Congress consider requiring annual or 
biannual FDA updates to Congress on the status of 
agency quality improvement efforts.

Critique of Proposed FDA Regulation of 
Genomic Tests

In November 2014, the FDA revealed its intent to 
regulate thousands of medical diagnostic tests being 
performed in as many as 11,000 clinical laboratories 
throughout the united States, focusing especially 
on genomic medicine.47 In a January 2015 review of 
this FDA proposal, Professors of Medical Genetics 
James evans and Michael Watson argue that:

[T]he current plan for regulation is unnecessary 
and, if carried out, could result in the closure of 
many laboratories, undermine innovation, and 
potentially limit patient choice. Moreover, the 
proposed regulation, if unchanged, is likely to 
lead to thousands of laboratory submissions to 
the FDA, for which its own staffing capacity is ten-
uous at best. If implemented, the requirements 

44. See Tomas Philipson & Andrew Von Eschenbach, “FDA Reform Can Lift U.S. Economy,” Bloomberg View, Feb. 28 2013, 
http://www.bloombergview.com/articles/2013-02-28/fda-reform-can-lift-u-s-economy. Both of the authors, a University of Chicago 
professor and former FDA commissioner, respectively, are members of Project FDA at the Manhattan Institute.

45. See Joseph A. DiMasi, Christopher-Paul Milne, and Alex Tabarrok, “An FDA Report Card: Wide Variance in Performance Found Among 
Agency’s Drug Review Divisions,” Manhattan Institute Project FDA Report No. 7 (April 2014), 
http://www.manhattan-institute.org/pdf/fda_07.pdf.

46. See also Eric Sun and Tomas J. Philipson, “Cost of Caution: The Impact on Patients of Delayed Drug Approvals,” Manhattan Institute Project 
FDA Report No. 2 (June 2010), http://www.manhattan-institute.org/pdf/fda_02.pdf (estimating the benefits to patients of earlier drug 
releases and calling on the FDA to rely on internal incentives and biomarkers to shorten the drug review process).

47. See James P. Evans and Michael S. Watson, “Genetic Testing and FDA Regulation Overregulation Threatens the Emergence of Genomic 
Medicine” (Jan. 5, 2015), http://www.law.uh.edu/assignments/spring2015/19040/jvp140181-jpevansmwatson.pdf.



12

LEGAL MEMORANDUM | NO. 182
JuNe 20, 2016  

may have the unintended effect of derailing the 
long-awaited emergence of genomic medicine.48

Many potentially affected parties have comment-
ed on the merits of FDA regulation in this area, and 
the House Committee on energy and Commerce 
held a hearing on this topic in November 2015.49

Disincentives to Innovate Due to 
State Tort Legislation Based on FDA-
Approved Labels

Once a manufacturer has gone through the ardu-
ous process of obtaining FDA regulatory approval 
for a new branded drug, it faces the additional risk 
of costly state tort liability based on a jury’s decision 
that an FDA-approved label failed to include appro-
priate warnings.50 In 2009, in Wyeth v. Levine,51 the 
Supreme Court of the united States held that FDA 
approval of a label for a branded drug does not auto-
matically shield a manufacturer from a state tort law 
liability claim for a failure to warn of potential harm. 
As Manhattan Institute scholars James Copeland 
and Paul Howard described the decision:

In its Wyeth v. Levine decision…the Supreme Court 
allowed a state court jury to substitute its judg-
ment on a safety question for the FDA’s. The side 
effect produced by the drug in question had been 
known to the FDA for almost thirty years, and the 
manufacturer, in FDA-approved language, had 
clearly disclosed the risk in six different locations 
on the label. The actual cause of the plaintiff’s 
tragic injury was the treating physician’s assis-
tant’s obliviousness to the label’s plain warnings. 
In the aftermath of Levine, we are likely to see con-
flicting jury verdicts across the fifty states on the 

same issue or closely related ones. The result will 
be, so to speak, a race to the bottom, in which the 
most litigious jurisdictions will, in effect, set drug-
labeling requirements for the nation as a whole.52

In effect, it is posited that state tort liability for 
drugs that meet FDA approval increases expected 
costs associated with release of a new drug by an 
uncertain amount, thereby disincentivizing drug 
innovation. Given that reality, Copeland and How-
ard recommend that Congress preempt state tort 
law and tie compensation for consumer harm to a 
manufacturer-specific tax assessed in proportion to 
the degree of the manufacturer’s new drug-specific 
commercial activity:

[W]e recommend that Congress broadly preempt 
state tort lawsuits seeking to hold drugs and 
medical devices responsible for claimants’ ill-
nesses and injuries. Malpractice actions in state 
courts now available to plaintiffs would be unaf-
fected by our proposal.

To deal with the consequences of serious and 
unforeseen drug side effects, we instead urge 
Congress to create a system modeled on the Vac-
cine Injury Compensation Program. Congress 
created VICP in 1986 in response to a wave of 

“junk science” litigation in the 1970s and 1980s 
that nearly destroyed the vaccine industry. VICP, 
while not without its own shortcomings, has 
since proven itself to be a scientifically credible 
mechanism for offering timely and fair compen-
sation to the victims of rare vaccine side effects, 
while incurring much lower transaction costs 
than the tort system.

48. Id. at E1.

49. See Association of American Medical Colleges, Energy and Commerce Health Subcommittee Hearing on Regulation of Diagnostic Tests (Nov. 20, 
2015), https://www.aamc.org/advocacy/washhigh/highlights2015/449260/112015energyandcommercehealthsubcommitteehea.html; 
Christina Kuhn, LDT Update: FDA and CMS Testify Before the House Energy & Commerce Subcommittee Following Year of Debate on Oversight of 
LDTs, Inside Medical Devices, Covington & Burling LLP (Dec. 1, 2015), https://www.insidemedicaldevices.com/2015/12/ldt-update-fda-and-
cms-testify-before-the-house-energy-commerce-subcommittee-following-year-of-debate-on-oversight-of-ldts/.

50. Fortunately, manufacturers of generic drugs do not face this sort of risk in light of two U.S. Supreme Court decisions: PLIVA, Inc. v. Mensing, 
131 S. Ct. 2567 (2011) (holding that federal law preempted a state tort law failure-to-warn claim against a generic drug manufacturer, given 
that the generic producer had no discretion to use a different label), and Mutual Pharmaceutical Co. v. Bartlett, 133 S. Ct. 2466 (2013) 
(holding that federal law preempted a state tort law defective design claim against a generic drug manufacturer, given the impossibility of the 
generic manufacturer’s meeting its obligations under both state law and federal law).

51. Wyeth v. Levine, 555 U.S. 555 (2009).

52. James R. Copeland and Paul Howard, “In the Wake of Wyeth v. Levine: Making the Case for FDA Preemption and Administrative 
Compensation,” Manhattan Institute Project FDA Report No. 1, at 3 (March 2009), http://www.manhattan-institute.org/pdf/fda_01.pdf.
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Initially the program should be funded by taxes 
levied on manufacturers on the basis of their mar-
ket share. As the relative safety of their respec-
tive products emerged, manufacturers would 
be assessed taxes on the basis of their share of 
payments to successful claimants, which would 
be determined by the safety performance of the 
drugs they make.53

This proposal rests on the premise that despite 
its deficiencies, scientifically based FDA regulation, 
which heavily (perhaps excessively) weighs poten-
tial hazards, is better suited than state law to shap-
ing drug labeling requirements. State tort litigation 
with jury determinations, focused on a particular 
plaintiff, threatens large and uncertain jury dam-
ages awards without taking into account the ben-
efits as well as risks of particular labeling decisions. 
under this system, manufacturers may be forced to 
produce unnecessarily voluminous labels that may 
actually do a poor job of truly informing consumers 
of relative risks.

This negative feature compounds the problem of 
large jury awards, the result of which may be a slow-
er rate of introduction, as well as higher pricing, of 
innovative drugs. Thus, the authors posit that, as a 
substitute for tort litigation, a manufacturer’s tax 
might be less uncertain and costly, eliminate the 
problem of overly inclusive labeling, and yet provide 
injured individuals with reasonable compensation. 
On the other hand, it is unclear whether such a tax, 
as the fruit of an inherently imperfect political pro-
cess, would ultimately prove more burdensome than 
reliance on tort awards.

Congressional Proposals for FDA Reform
In recent years, Congress has considered a vari-

ety of bills aimed at reforming the approval process 

for drug and medical devices. One comprehensive 
proposal with bipartisan backing, the 21st Century 
Cures Act,54 was introduced in the House of Repre-
sentatives in May 2015 and passed by the House on 
July 10, 2015. Specifically, the act would:

 n Authorize the FDA to consider alternatives to 
multiphase clinical drug trials in certain circum-
stances and establish accelerated approval path-
ways for certain classes of novel drugs;

 n empower the FDA to accept observational stud-
ies, registries, and therapeutic use results, in 
addition to randomized clinical trial results, as 
evidence of efficacy;

 n Promote the broader use of patient data through 
support for the development of a nationwide 
health information infrastructure for the 
exchange of electronic health information; and

 n establish within the u.S. Department of the 
Treasury an “NIH and Cures Innovation 
Fund” dedicated to high-risk research and 
cures development.

Many other FDA-related legislative proposals 
dealing with a host of issues pertaining to FDA regu-
latory review were also introduced in 2015.55 None 
is comprehensive.

Most recently, on December 10, 2015, Senators 
Mike Lee (R–uT) and Ted Cruz (R–TX) introduced 
S. 2388, the Reciprocity ensures Streamlined use 
of Lifesaving Treatments (ReSuLT) Act,56 which 
would allow for reciprocal approval of drugs. Specif-
ically, it would require the FDA to review and with-
in 30 days to approve or deny drug, device, and bio-
logic applications from sponsors who have products 

53. Id.

54. H.R. 6, 114th Cong., 1st Sess., https://www.congress.gov/114/bills/hr6/BILLS-114hr6rfs.pdf; see also David Richardson, “The 21st Century 
Cures Act: Five Things to Know,” Managed Health Care Executive, Oct. 22, 2015, http://managedhealthcareexecutive.modernmedicine.com/
managed-healthcare-executive/news/21st-century-cures-act-five-things-know.

55. See, e.g., Kurt R. Karst, “Avalanche! Congress Is Buried Under a Slew of FDA-Related Legislation as the 21st Century Cures Act Makes Its 
Official Debut,” FDA Law Blog (May 20, 2015), http://www.fdalawblog.net/fda_law_blog_hyman_phelps/2015/05/avalanche-congress-is-
buried-under-a-slew-of-fda-related-legislation-as-the-21st-century-cures-bill-.html, and “FDA Legislation Tracker—114th Congress,” FDA 
Law Blog, https://www.google.com/search?ie=UTF-8&oe=UTF-8&q=legislation&domains=www.fdalawblog.net&sitesearch=www.fdalawblog.
net&btnG=Go&gws_rd=ssl#domains=www.fdalawblog.net&q=fda+legislative+tracker (presenting a comprehensive list of proposed legislation).

56. See “Cruz, Lee Introduce the RESULT Act,” Press Release, U.S. Senator Ted Cruz, Dec. 10, 2015, 
http://www.cruz.senate.gov/?p=press_release&id=2554.
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approved and sold in specified “trustworthy” coun-
tries (european union member countries, Israel, 
Australia, Canada, and Japan). A drug, device, or 
biologic application would have to be accepted if the 
product was lawfully listed for sale within a trust-
worthy country, not banned by current FDA stan-
dards, and required to satisfy an unmet public health 
or medical need. Congress would be authorized to 
disapprove and override an FDA decision to deny an 
application by majority vote on a joint resolution.

The legislative outlook for the various FDA-relat-
ed bills currently before Congress is most uncertain.

Considerations That Should Inform FDA 
Reform Initiatives

FDA regulation has been scrutinized intensively 
in recent years, and a wide variety of reform propos-
als have been put forth. Much of the discussion cen-
ters around the concern that FDA regulatory process-
es, based primarily on lengthy clinical trials designed 
to approve drugs and devices that have broad applica-
tion, have not kept up with dramatic changes in bioge-
netics and information processing that allow medica-
tions to be targeted more precisely to individual needs. 
Many valuable medications that benefit relatively 
small populations are not approved because of these 
old methodologies. Risks to individuals who may not 
derive benefit from particular drugs are given prece-
dence over the harm to the unseen millions of people 
who are denied new treatments—a result that is at 
odds with maximizing welfare.

In sum, research indicates that current regulato-
ry norms and the delays they engender unnecessar-
ily bloat costs, discourage research and development, 
slow the pace of health improvements for millions of 
Americans, and harm the American economy. One 
particular reform that appears to be unequivocally 
beneficial and thus worthy of immediate consid-
eration is the prohibition of any FDA restrictions 
on truthful speech concerning off-label drug uses—
speech that benefits consumers and enjoys First 
Amendment protection.

These factors should be kept in mind by Congress 
and the Administration as they study how best to 
reform (and, where appropriate, eliminate) FDA reg-
ulation of drugs and medical devices. FDA reform 
must be undertaken carefully, with due concern for 
the multiple interests of patients, manufacturers, 
scientific researchers, and the medical community.

What is not in doubt, however, is that the exist-
ing FDA regulatory system is less than satisfactory 
and requires substantial and timely reform. Now is 
the time to begin seriously to explore the contours 
of such reform.

—Alden F. Abbott is Deputy Director of and John, 
Barbara, and Victoria Rumpel Senior Legal Fellow 
in the Edwin Meese III Center for Legal and Judicial 
Studies at The Heritage Foundation.


