U.S. Drug Costs and Patient Access
Issues in the 21st Century
By Lindsay Holmes and Lee Rosebush, BakerHostetler, Washington, DC
High drug costs and concerns regarding patient access to
expensive medications are not new. In fact, for decades
conversations have centered on the limitations that drug costs
have on patients’ ability to access such treatments. However,
in the past several years, the focus has shifted to specialty
pharmaceuticals, which generally are significantly more
expensive than other prescription drugs, and the impact that
this category of drugs is having on health care spending and
patient access, particularly for life-saving medications. This
article explores the drug category of specialty pharmaceuticals
and addresses several of the cost and access issues associated
with these products.
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What Are Specialty Pharmaceuticals?
The term “specialty pharmaceutical” or “specialty drug” has
become commonplace in the health care industry. But, what
exactly are specialty drugs? There is no clear definition of
the term at this point. Many payers and pharmacy benefit
managers (PBMs)1 have adopted their own definitions of
specialty pharmaceuticals in their individual service agreements with one another. Below are two examples of specialty
pharmaceutical definitions found in some agreements between
payers and PBMs:
1. “Specialty Drug” means a prescription drug that is typically
a high-cost biotech, injectable, infused, oral, or inhaled
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prescription drug, and/or a prescription drug that requires
special storage, handling, and/or requires close monitoring
of the patient’s drug therapy to ensure appropriate use and
clinical outcome. Specialty drugs are typically dispensed at
a specialty pharmacy, but may also be available from other
participating pharmacies.
2. “Specialty Drug” shall mean a high-cost, complex pharmaceutical that has unique clinical, administration, distribution, or handling requirements and is not commonly
available through traditional retail or mail pharmacies.
In other words, drugs that are costly, often in the tens to
hundreds of thousands of dollars annually, and tend to treat
rare and/or complex diseases like hepatitis C, certain cancers,
HIV, rheumatoid arthritis, and hemophilia often fall into the
category of “specialty drugs.” Interestingly, as shown in these
definitions, the drug categories often have little connection,
and may be lumped together simply based on price points. In
addition to price, these also are drug types where: (1) there is
no therapeutic equivalent; (2) a treatment exists, but it is less
effective and/or has severe side effects; or (3) if there is a similar
treatment, it is high cost as well.

One common theme among the various definitions of specialty
drugs is that they are expensive. The hepatitis C drug Sovaldi is
often considered a “specialty drug” and costs roughly $84,000
in the United States for a 12-week treatment.2 Harvoni, a
similar hepatitis C treatment, can cost up to $95,000 for a
12-week treatment.3
But, why are these drugs so expensive? Typically, the drugs
themselves are considered breakthrough therapies and often
are the only effective treatment for a specific disease. Although
Sovaldi and Harvoni are high cost, they have revolutionized
hepatitis C treatment; until recently there was no effective cure
for hepatitis C in the majority of patients with the disease.
Additionally, specialty drugs often enjoy patents and/or
Food and Drug Administration (FDA) marketing exclusivity.4
This leaves no option for a generic manufacturer to produce
a lower-cost version of the drug. FDA marketing exclusivity
can run from three to seven years depending on the approval
type. For example, Sovaldi enjoys FDA marketing exclusivity
until 2018 and Harvoni until 2019. In addition, patents on both
products run as late as 2030.5
Because of the patent and FDA marketing exclusivity,
specialty drugs often face little competition. Although Harvoni
and Sovaldi are both treatments for hepatitis C, they were
brought to market by the same company, leaving little incentive for the manufacturer to price competitively since, at the
time of their introduction, one company held the majority
of the market. Interestingly, once a competitor enters the
market—for example late last year a new hepatitis C treatment, Viekira Pak, was approved—prices often drop. Although
not significantly reduced, Viekira Pak is priced at just above
$83,000 for a 12-week treatment.6
In addition to limited competition in the market, drug
companies have cited the cost of research and development
to justify pricing drugs high. Companies that spend millions
of dollars on research and development need a way to recoup
those costs, often by building them into a drug’s price. While
these new specialty medications have caused sticker shock,
they also may lower overall drug spending in the long run by
minimizing and, in some cases, eliminating certain costly
diseases. That being said, the immediate impact of specialty
medications on drug spending has been significant.

Financial Impact
A recent study published by the IMS Institute for Healthcare
Informatics indicates that in 2014 drug spending reached its
highest level since 2001, up to $373.9 billion, which is a 13.1%
increase.7 Spending was “driven by innovative new medicines,
lower patent expiry and higher list prices,” and not, as many
may assume, by demand for health care services due to the
increase in covered lives as a result of the Affordable Care Act
(ACA).8 In other words, specialty pharmaceuticals contributed
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to most of the drug spending growth in 2014.9 Spending on
specialty drugs alone grew 26.5% in 2014, making spending
on specialty drugs one-third of overall drug spending. Of that
one-third, new hepatitis C treatments contributed $11.3 billion
in growth. This spending growth was the result of more than
161,000 patients starting hepatitis C treatment in 2014, nearly
ten times the number of patients who did so in 2013.10 Not only
have more people entered treatment, but more breakthrough
treatments are on the market than in the past.

The Proliferation of Specialty Drugs
In recent years, there has been a strong push for medications to treat common diseases that currently have no cure
or limited treatment options, as well as certain rare diseases.
In 2012, there were 350 pharmaceutical products approved to
treat 7,000 rare disease that, at the time, affected 30 million
Americans.11 In 2012, the President’s Council of Advisors on
Science and Technology identified “opportunities to accelerate
the approval of a broader range of truly innovative drugs for
patients who need them,” and recommended that FDA fully
utilize the accelerated approval pathway and create new pathways to speed approval.12
In 2014, FDA issued procedural guidance calling attention to its expedited programs for serious conditions.13 These
pathways are available to “facilitate and expedite development
and review of new drugs to address unmet need in the treatment of a serious or life-threatening condition” and include
the fast track designation, breakthrough therapy designation,
accelerated approval, and priority review designation.14 The fast
track designation allows for frequent interactions with FDA
and rolling review. Accelerated approval speeds the development and approval of eligible drugs based on endpoints that
are measurable earlier in the development process, although
the process often requires post-market trials.15 The priority
review designation “means [that] FDA’s goal is to take action
on the marketing application within 6 months of receipt”16
as opposed to the typical longer time period, and the breakthrough therapy designation allows rolling and priority review,
as well as frequent interactions with FDA.17
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In 2014, FDA approved 41 new molecular entities and new
therapeutic products, a number of which enjoyed accelerated pathways to approval.18 The number of drug approvals
with breakthrough designations increased nearly fivefold
from 2013 to 2014. In 2013, there were three breakthrough
therapy designation approvals, including Sovaldi.19 In 2014,
14 products with a breakthrough therapy designation were
approved, including Harvoni and Viekira Pak.20 To date in
2015, there have been eight breakthrough therapy designation approvals.21 Note that since 2013, a large number of drugs
have been given the breakthrough therapy designation, but
have yet to be approved, or in some cases, the designation has
been rescinded.22 In furtherance of FDA’s focus on accelerated
approvals, the agency released July 7, 2015 a report outlining
the need for targeted drug development for a number of
diseases that are still awaiting treatments and/or cures.23
Also in July 2015, the U.S. House of Representatives passed
the 21st Century Cures Act (Act) with bipartisan support.
The Act aims to address the development and approval of
new and innovative drug products and medical devices.24 The
Act includes provisions to compel FDA to address “precision
medicine,” also known as personalized medicine, for orphandrug and expedited-approval pathways.25 In addition, the
Act encourages FDA to approve drugs with a breakthrough
therapy designation in an even more expedited manner,
provided that the current requirements for approval are met,
i.e., safety and effectiveness.26 The Act also would allow for
extended market exclusivity for drugs with an orphan drug
designation.27
Although the dialogue surrounding the legislation has
mostly focused on its potential benefits, the Act has not gone
without criticism. Around the same time the House passed the
Act, the White House issued a Statement of Administrative
Policy indicating “concerns” with certain provisions, including
the additional funding of the National Institutes of Health (NIH)
and FDA without addressing sequestration generally and how
extending “drug exclusivity beyond current law will affect drug
costs.”28 As of this writing, the Senate was working on its version
of the legislation, which is expected to be unveiled this fall.
With more specialty drugs entering the market and the
continued push for innovation and accelerated approval pathways, treatments now exist to cure diseases that have never been
available before. The reality, however, is that not all patients will
have an opportunity to receive these new treatments.29

Access Issues Go Far Beyond Cost
The costs of specialty drugs are a barrier to many patients,
including patients without insurance coverage for certain
drugs, patients who are responsible for the full cost of their
drugs, and insured patients who face high out-of-pocket costs
(even with out-of-pocket maximums set by the ACA). Less
obvious, however, are the barriers to access that payers and
PBMs have imposed as they attempt to contain costs associ-

ated with the recent proliferation of specialty pharmaceuticals
in the market. Although blockbuster drugs are nothing new
to payers and PBMs, the recent uptick in specialty drugs that
came to market in 2014 may have been unexpected.
Many payers and PBMs were not prepared for the costs of the
new treatments that became available in 2014, including the nearly
161,000 patients who entered treatment for hepatitis C last year.
To manage the unforeseen costs associated with specialty
pharmaceuticals a number of PBMs have taken steps including
limiting network pharmacy activities, formulary exclusions,
and requiring exclusive use of certain pharmacies.
For example, in April 2015, a large PBM informed its
network pharmacies that it was updating its pharmacy manual
to incorporate a list of prohibited activities by pharmacies
that dispense compounded drugs, which were categorized as
specialty drugs.30 The list limits pharmacies’ ability to act as an
outsourcing facility, dispense compounded medications, act as
a mail-order pharmacy without permission from the PBM, and
submit claims for a compounded drug product when there is a
similar, manufactured drug product on the market.31
In December 2014, another prominent PBM notified its
network pharmacies of formulary changes for hepatitis C
drugs.32 Specifically, the notice stated that starting January 1,
2015, certain medications within the hepatitis C therapy class
would no longer be covered on most clients’ specific national
formulary for patients new to therapy. The excluded drugs for
hepatitis C included Harvoni, Incivek, Olysio, and Sovaldi.33
The available option, or preferred alternative, was limited
to Viekira Pak.34 An explanation for the exclusions was not
given. In theory, these types of decisions could be driven by
discounts or rebates made available to the PBM by the drug
manufacturer.35
Formulary exclusion is a prime example of the struggle
between pharmaceutical companies and organizations like
PBMs and payers that cover the costs of drugs. PBMs have an
incentive to use exclusions because they can assist in treatment decisions by encouraging the use of a “lower-cost” yet
effective alternative. They also send a clear message to other
drug companies that pricing should be competitive. However,
formulary exclusions also limit patients’ options, as the
PBM’s members do not have access, or have limited access, to
excluded products. In some cases, formulary exclusions also
require patients to obtain a new prescription from their physicians naming the preferred alternative drug.
Another means to reduce costs is allowing access to
specialty medications only through a certain pharmacy, which
is often owned by the PBM managing the member’s drug
benefits. The 2014 PBM notice, mentioned above, indicated
that most sponsors’ prescription drug benefits would require
members to fill Viekira Pak, the preferred alternative to
Sovaldi, at a specific pharmacy with no initial fills allowed at
retail. The specific pharmacy is a wholly owned subsidiary of
the PBM and acts as its specialty pharmacy. A PBM’s use of a
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single pharmacy means that instead of going to their preferred
retail pharmacy, patients must fill the specialty drug through a
pharmacy that may not have a convenient location or is a mailorder only pharmacy.

Access Programs and Advocacy
Programs and organizations have been created to promote
access to medications, including specialty drugs. The 340B
Drug Discount Program, which has operated for over two
decades, is one example of a congressionally mandated
program to increase access. The program requires drug manufacturers to provide significant discounts on outpatient drugs,
including specialty medications, to certain eligible entities,
including certain hospitals, health centers, and specialized
clinics. This program is not without controversy, however,
including concerns related to program operations, transparency, and enforcement. This and other programs likely will
continue to be vehicles to promote access to specialty drugs in
the event that costs do not decline.
In addition to federal access programs, certain advocacy
and activist groups also are taking legal and business actions
to reduce costs and increase access for specialty drugs. For
example, activist groups are starting to put pressure on drug
companies to release patents to certain drugs so generic drug
manufacturers can produce a less costly version for sale in the
United States.36 In late 2014, one such group filed a class action
lawsuit against a drug manufacturer in federal court relating
to the high price of one of its specialty drugs.37 The complaint
accuses the manufacture of “price gouging,” and claims unjust
enrichment, discrimination in violation of the ACA’s non-
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discrimination provision (Section 1557(a)), and breach of
specific duties.38 The complaint seeks a determination that the
manufacturer was unjustly enriched.39
States also have taken an interest in this issue. A number
of state legislatures are considering cost transparency bills,40
some of which require disclosure to the state of drug costs over
a certain dollar amount, as well as the disclosure of costs associated with drug manufacturing, marketing, and advertising
that go beyond what is already required reporting for pharmaceutical companies. One bill would allow insurance companies
to take action if a company did not file required cost reporting,
such as refusing to pay for a drug.41

Conclusion
How do we reconcile the business of the health care industry
and the needs of patients? In other words, new and innovative
treatments now exist that not every patient who needs them
has the opportunity to access.
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The push to expand the availability of specialty drugs by
rewarding innovators with market exclusivity that allows
them to price products high is in tension with a health care
payment system that focuses on reducing costs, often resulting
in limited patient access to these new medications. While
the issue is not new, the recent proliferation of “life-saving”
specialty drugs in the last several years has brought this
tension into sharper focus without producing a clear answer.
As the push for more breakthrough therapies continues, the
need for action in this area will only accelerate. More transparency, in the form of expanded disclosure requirements, as
well as the growing scrutiny of patient advocates, may help
temper any unnecessary increases in the costs of specialty
drugs. Going forward, the focus on innovation and its
associated rewards must be balanced enough to spur further
research and development to bring new drugs to market
while still allowing for increased competition and lower costs.
The 21st Century Cures Act and the potential for new FDA
exclusivity are steps in the right direction to encourage the
discovery of new cures, but we also need to ensure that these
benefits are balanced with ensuring access to patients that
need these treatments the most.

About the Authors
Lindsay Holmes (lholmes@bakerlaw.com)
is an Associate at BakerHostetler. She focuses
her practice on regulatory and transactional
matters primarily in the health care and life
sciences industry. She has experience advising
pharmacy clients of FDA regulatory matters,
including compliance with the Drug Quality and Security Act
(DQSA), state board of pharmacy issues, and Medicare and
Medicaid issues.
Lee Rosebush (lrosebush@bakerlaw.com)
is a Partner and the Leader of the Pharmacy
and Reimbursement Team at BakerHostetler.
With a background as a defense, regulatory, and registered patent attorney who
has also worked as a registered pharmacist,
Mr. Rosebush provides his clients with legal counsel that is
grounded in first-hand experience. Whether his clients are
confronted with legal issues related to the naming of a drug,
clinical trials, marketing, promotions, or advertising, Mr.
Rosebush possesses a strong understanding of the pharmaceutical industry that, combined with his attention to detail and
experience working with biologics, medical device, and health
care companies, gives clients a single source for regulatory and
litigation counsel. With post-graduate degrees in finance and
business, he is frequently sought out to help expedite corporate
deals involving health care entities.

Endnotes

1 	 A PBM is an entity that is responsible for, but not limited to, processing,
adjudicating, and paying prescription drug claims on behalf of an insurance
plan or a self-funded plan.
2 	 John LaMattina, Even At $900 (Vs. $84,000 In US) Hep C Cure
Sovaldi’s Cost Could Be Unacceptable In India, Forbes, Aug. 8,
2014, available at www.forbes.com/sites/johnlamattina/2014/08/08/
even-at-900-per-cure-sovaldis-cost-could-be-unacceptable-in-india/.
3 Andrew Pollack, Harvoni, a Hepatitis C Drug From Gilead, Wins
F.D.A. Approval, N.Y. Times, Oct. 10, 2014, available at www.nytimes.
com/2014/10/11/business/harvoni-a-hepatitis-c-drug-from-gilead-winsfda-approval.html?_r=0.
4 Patents may run for 20 years from the time of patent filing and disallow the
use of the patented formulation by anyone other than the patent holder.
FDA marketing exclusivity allows for the exclusive right to market a drug for
a number of years.
5	Food and Drug Administration, Orange Book: Approved Drug Products
with Therapeutic Equivalence Evaluations, available at www.accessdata.
fda.gov/scripts/cder/ob/docs/patexclnew.cfm?Appl_No=204671&Product_
No=001&table1=OB_Rx; www.accessdata.fda.gov/scripts/cder/ob/docs/
patexclnew.cfm?Appl_No=205834&Product_No=001&table1=OB_Rx
(last visited July 23, 2015).
6 Robert Langreth, Hepatitis Drug Prices Fall So Low, No Exclusions Needed,
Jan 12, 2015, available at www.bloomberg.com/news/articles/2015-01-12/
prime-covers-both-gilead-and-abbvie-liver-drugs-as-prices-plunge.
7 IMS Institute for Healthcare Informatics, Medicines Use and Spending
Shifts, A Review of the Use of Medicines in the U.S. in 2014, Apr. 2014,
at 1, available at www.imshealth.com/portal/site/imshealth/menuitem.762a961826aad98f53c753c71ad8c22a/?vgnextoid=3f140a4331e8c41
0VgnVCM1000000e2e2ca2RCRD&vgnextchannel=736de5fda6370410VgnVCM10000076192ca2RCRD&vgnextfmt=default.
8 Id.
9 Id.
10 Id. at 10.
11 President’s Council of Advisors on Science and Technology, Report to the
President on Propelling Innovation in Drug Discovery, Development, and
Evaluation, Sept. 2012, at vi, available at https://www.whitehouse.gov/sites/
default/files/microsites/ostp/pcast-fda-final.pdf.
12 Id. at 14.
13 Food and Drug Administration, Guidance for Industry, Expedited Programs
for Serious Conditions—Drugs and Biologics, May 2014, available at www.
fda.gov/downloads/drugs/guidancecomplianceregulatoryinformation/guidances/ucm358301.pdf.
14 Id. at 1.
15 Food and Drug Administration, Frequently Asked Questions: Breakthrough
Therapies, available at www.fda.gov/regulatoryinformation/legislation/
federalfooddrugandcosmeticactfdcact/significantamendmentstothefdcact/
fdasia/ucm341027.htm (last visited July 23, 2015).
16 See Guidance for Industry, supra note 13, at 25.
17 See Frequently Asked Questions, supra note 15.
18 Food and Drug Administration, New Molecular Entity and New Therapeutic
Biological Product Approvals for 2014, available at www.fda.gov/Drugs/
DevelopmentApprovalProcess/DrugInnovation/ucm429247.htm
(last updated May 5, 2015).
19 Food and Drug Administration, CDER Breakthrough Therapy
Products Approved in Calendar Year (CY) 2013, available at www.fda.gov/downloads/RegulatoryInformation/
Legislation/FederalFoodDrugandCosmeticActFDCAct/
SignificantAmendmentstotheFDCAct/FDASIA/UCM376885.pdf.
20 Food and Drug Administration, CY 2014 CDER
Breakthrough Therapy Calendar Year Approvals, available at www.fda.gov/downloads/RegulatoryInformation/
Legislation/FederalFoodDrugandCosmeticActFDCAct/
SignificantAmendmentstotheFDCAct/FDASIA/UCM380724.pdf.
21 Food and Drug Administration, CY 2015 CDER Breakthrough Therapy
Calendar Year Approvals, available at www.fda.gov/downloads/Drugs/
DevelopmentApprovalProcess/HowDrugsareDevelopedandApproved/
DrugandBiologicApprovalReports/NDAandBLAApprovalReports/
UCM430029.pdf (data as of July 10, 2015).
22 See Frequently Asked Questions, supra note 15.
23 Food and Drug Administration, Targeted Drug Development: Why Are
Manu Disease Lagging Behind?, July 2015, available at www.fda.gov/
downloads/AboutFDA/ReportsManualsForms/Reports/UCM454996.pdf.

24 U.S. Congressional Research Service, H.R. 6: The 21st Century Cures
Act, (R44071; June 11, 2015), by Judith A. Johnson, Susan Thaul, and Erin
Bagalman.
25 Id. at 27.
26 Id. at 27, 32.
27 Id. at 27.
28 Executive Office of the President, Statement of Administrative Policy, H.R.
6-21st Century Cures Act, July 8, 2015, at 1, available at https://m.whitehouse.gov/sites/default/files/omb/legislative/sap/114/saphr6r_20150708.
pdf.
29 Patricia Kime, Hepatitis C drug costing VA, DoD millions, Military
Times, Jan. 28, 2015, available at www.militarytimes.com/story/military/
pentagon/2015/01/07/hepatitis-c-sovaldi-cost/21334481/.
30 OptumRx, 2015 Pharmacy Manual (PM), at 87, available at http://learn.
optumrx.com/microsite/assets/pdf/210.pdf.
31 Express Scripts, Update: Hep C Formulary Changes, Network Pharmacy
Weekly, Dec. 31, 2014, at 1-2, available at https://www.express-scripts.
com/art/prc/Dec31_Network_Pharmacy_Weekly.pdf
32 Id.
33 Id.
34 Id.
35 Payers and PBMs are able to negotiate with drug companies to receive
discounts and rebates that a self-pay patient would not have the bargaining
power to obtain, although there are limitations on such discounts and
rebates imposed by the federal law. It is not clear if the discounts and
rebates that payers and PBMs obtain are reflected in what the consumer
pays in health insurance premiums, copayments, or coinsurance.
36 Jessica Firger, Activists Challenge Gilead’s Patents on Costly Hepatitis C
Drug Sovaldi, Newsweek, May 21, 2015, available at www.newsweek.com/
activists-challenge-gileads-patents-costly-hepatitis-c-drug-sovaldi-334768.
37 Pennsylvania Transportation Auth. v. Gilead Sciences Inc., No. 2:14-cv06978 (E.D. Pa. complaint filed Dec. 9, 2014) available at http://keionline.
org/sites/default/files/sovaldi-lawsuit.pdf See also Peter Loftus, Gilead
Faces Suit Over Hepatitis Drug’s Price, Wall St. J., Dec. 10, 2014, available
at www.wsj.com/articles/philadelphia-transit-agency-sues-gilead-claimingprice-gouging-1418237153 html.
38 See Pennsylvania Transportation Auth., at 19-24.
39 Id. at 24-25.
40 See e.g., AB 463 (Feb. 23, 2015), www.leginfo.ca.gov/pub/15-16/bill/asm/
ab_0451-0500/ab_463_bill_20150223_introduced.html; NY SB 5338
(May 13, 2015), http://assembly.state.ny.us/leg/?sh=printbill&bn=S5338&
term=2015
41 HB 1042 (Apr. 21, 2015), www.legis.state.pa.us/cfdocs/legis/PN/Public/
btCheck.cfm?txtType=PDF&sessYr=2015&sessInd=0&billBody=H&billTyp
=B&billNbr=1042&pn=1328; Andrew Pollack, Drug Prices Soar, Prompting
Calls for Justification, N.Y. Times, July 23, 2015, available at www.nytimes.
com/2015/07/23/business/drug-companies-pushed-from-far-and-wide-toexplain-high-prices.html?_r=0.

C E L E B R AT E

Thanks go to the leaders of the Life Sciences
Practice Group for sponsoring this feature article:
Kristian Andrew Werling, McDermott Will & Emery LLP,
Chicago, IL (Chair); Stefanie A. Doebler, Covington &
Burling LLP, Washington, DC (Vice Chair–Publications);
Ryan S. Johnson, Fredrikson & Byron PA, Minneapolis, MN (Vice Chair–Membership); Maryam Khotani,
AbbVie Inc., North Chicago, IL (Vice Chair–Educational
Programs); James Andrew Lemons, Smith Moore
Leatherwood, Atlanta, GA (Vice Chair–Research &
Website); and Heather M. Zimmerman, Walgreens
Co., Deerfield, IL (Vice Chair–Strategic Planning and
Special Projects).
For more information about the Life Sciences PG,
visit www.healthlawyers.org/PGs or follow them on
Twitter @AHLA_LS.

+ INCLUSION

healthlawyers.org 33

