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Chairman Alexander, Ranking Member Murray, and Members of the Committee, thank you for
inviting me to participate in today’s hearing. Understanding the role the drug delivery system
plays in determining what patients pay for medicines is a critical part of the discussion about
what can be done to improve patient access and affordability and I appreciate the opportunity to
explore this topic with you in depth.
PhRMA represents the country’s leading innovative biopharmaceutical research companies,
which are devoted to discovering and developing medicines that enable patients to live longer,
healthier, and more productive lives. The biopharmaceutical sector is one of the most researchintensive industries in the U.S.: since 2000, PhRMA member companies have invested more
than half a trillion dollars in the search for new treatments and cures, including $65.5 billion in
2016 alone.
Medicines Have Transformed the Treatment of Many Diseases, Helping Patients Live Longer
and Healthier Lives
We are in a new era of medicine in which breakthrough science is transforming patient care and
enabling us to more effectively treat chronic disease, the biggest cost driver in our health care
system. Innovative medicines represent significant scientific advancements that revolutionize
the treatment and thus the downstream healthcare costs of complex and costly diseases, such as
cancer, hepatitis C, HIV/AIDS, and cardiovascular disease. In this new era of medicine, many
diseases previously regarded as deadly are now manageable and even curable. Today, more than
7,000 medicines are in development worldwide, of which 80% have the potential to be first in
class and 42% are personalized medicines.1 Prescription medicines produce unparalleled value
and savings for the health care system, preventing or slowing the progression of disease, and
reducing the need for more intensive medical care. Continued advances in biopharmaceutical
innovation represent the best opportunities to improve health outcomes and control future health
care costs.
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New medicines help contain overall health care spending by preventing costly complications and
hospitalizations, and replacing other medical interventions. A 2013 study by IMS Institute for
Healthcare Informatics estimated that the U.S. health care system could save $213 billion
annually by improving the use of medicines.2 Similarly, research published in Health Affairs
found that just an extra $1 spent on medicines for adherent patients with congestive heart failure,
high blood pressure, diabetes and high cholesterol can generate $3 to $10 in savings on
emergency room visits and inpatient hospitalizations.3
Based on the growing body of evidence about medicines’ benefits, the Congressional Budget
Office (CBO) recognizes reductions in other medical expenditures associated with increased use
of prescription medicines in Medicare Part D.4 Research indicates that the savings may be three
to six times greater than estimated by the CBO for seniors with common chronic conditions like
diabetes and hypertension,5 and less prevalent conditions such as Parkinson’s disease.6 More
recent research has shown that increased use of medicines among patients is associated with
reductions in expenditures from avoided use of inpatient and outpatient services in Medicaid as
well. For example, among patients with schizophrenia, improved adherence to antipsychotic
medicines yielded annual net savings of up to $3.3 billion, or $1,580 per patient per year, driven
by lower hospitalizations, outpatient care, and criminal system involvement.7 Another study
found that if 60% of the children enrolled in Medicaid achieved high adherence to asthma
treatment in just 14 states, Medicaid could achieve $57.5 million in savings annually.8
The Competitive Market for Prescription Medicines Balances Innovation, Patient Access, and
Cost Containment
The competitive market is the engine that drives the innovative biopharmaceutical research and
development ecosystem. The dynamics of the private, market-based system in the U.S. promote
incentives for continued innovation and patient access to needed medicines while leveraging
competition to achieve cost containment. Since 2000, biopharmaceutical companies have
brought more than 500 new medicines to the U.S. market, resulting in significant progress
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against some of the most costly and challenging diseases.9 Yet, as a result of robust negotiation
and competition in the marketplace, spending on medicines is growing at the slowest rate in
years.10
Government, market analyst, and pharmacy benefit manager data all point to the same
conclusion: that after peaking in 2014—an anomaly year in which millions of uninsured patients
gained coverage and a record number of new medicines were approved—prescription drug
spending growth has fallen substantially. Accounting for discounts and rebates, multiple sources
report that spending on prescription medicines grew by just 3% to 5% in 2016.11 As a result of
negotiation and competition in the marketplace, spending on retail and physician-administered
medicines continues to represent only 14% of overall health care spending, even though scores
of new medicines are approved every year. And at the state level, Medicaid programs spent just
4.9% of their budgets on prescription drugs, including new medicines, in 2016, relative to 26%
for hospital care and 18.2% for provider services.12
The U.S. biopharmaceutical marketplace promotes innovation and affordability through cost
containment that is built into the prescription drug lifecycle. While the price of a medicine may
increase or decrease over its lifetime, prices fall dramatically as competition occurs among
brand-name medicines, and typically fall even further (up to 80%) with the introduction of
generics.13 For instance, the price of one common statin (atorvastatin, known in the branded form
as Lipitor) used to lower cholesterol and prevent cardiovascular disease, dropped by about 92%
from 2005 to 2013 when generic alternatives came to market.14 Meanwhile, the average charge
for percutaneous transluminal coronary angioplasty (PTCA) – a surgical procedure to treat
cardiovascular disease – increased by almost 66% during that same time period. 15
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The U.S. market is structured to take maximum advantage of savings from brand competition
and from generics. Three large, sophisticated pharmacy benefit managers (PBMs) manage over
75% of all prescriptions filled.16 They use brand competition to obtain discounts from
manufacturers and take full advantage of the presence of generics to drive savings. This drives
the rapid shift of market share to generics (and, looking forward, to biosimilars), a system with
few analogues in other health care sectors. As one example of the growing influence of PBMs,
industry leader Express Scripts has publicly stated their success in leveraging substantial rebates
for hepatitis C medicines led to those treatments being less expensive in the U.S. than in many
other western countries.17 And the competitive market will continue to generate savings in the
years ahead, as more than $140 billion of U.S. brand sales are projected to face generic
competition between now and 2021.18 Competition from biosimiliars is estimated to account for
$38 billion of the loss in brand spending.
List Prices for Medicines Do Not Reflect Substantial Rebates and Discounts and Provide an
Increasingly Inaccurate Picture of Prescription Drug Costs
Much of the public debate about the cost of medicines has focused on list prices, which do not
account for the rebates and discounts that PBMs and health plans commonly negotiate with
biopharmaceutical companies in exchange for preferred formulary placement on lower costsharing tiers. For certain medicines used to treat chronic conditions like asthma, high
cholesterol, hepatitis C, and diabetes, these discounts and rebates can reduce list prices by as
much as 30% to 70%.19 Biopharmaceutical companies are also required to provide sizable
statutory rebates, discounts, and fees to government programs, which have increased in recent
years due to an increase in the Medicaid rebate, closing of the Medicare Part D “donut hole” and
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expansion of the 340B program. These mandatory payments grew by more than 40% between
2013 and 2015, increasing from $29.6 billion to $41.8 billion.20
Excluding rebates and discounts from discussions about the cost of prescription medicines
provides an increasingly inaccurate picture of marketplace trends. According to PBMs and
industry analysts, list prices for brand medicines have grown by an estimated 9% to 12%
annually since 2015, while net prices (which take discounts and rebates into account) have
grown by just 2.5% to 3.5%.21 A recent study from the QuintilesIMS Institute demonstrates that
net prices for medicines that have been on the market for at least two years declined by an
average of 2.5% annually from 2010 to 2016, driven by patent expirations and increased
competition from generics.22 The QuintilesIMS report also notes that over the next five years, net
prices for existing medicines will continue to decline between 1% and 4% annually, highlighting
the important role rebates and discounts will continue to play in containing prescription medicine
spending growth in the future.
Claims from PBMs, payers, and others about the skyrocketing prices of medicines almost always
focus solely on list prices, which are not reflective of actual spending trends. When new
hepatitis C medicines offering cure rates exceeding 90% entered the market, PBMs claimed that
these life-saving treatments and cures would bankrupt the health system and their costs were
simply unsustainable. Instead, competition among brand manufacturers quickly drove deep
discounts averaging 40% to 65% off the list price.23 Express Scripts now states that their
aggressive negotiations have saved Americans $4 billion, cured more patients with hepatitis C
than any time in history, and that the discounted price makes it affordable to treat all patients
with the infection.24
Prior to the launch of PCSK9 inhibitors, a new type of cholesterol lowering medicine that
represents a significant advance in treatment of heart disease, PBMs made alarming claims about
their cost, projecting up to $150 billion to $200 billion per year in spending for these
medicines.25 CMS’ Office of the Actuary, however, projected a much more modest impact,
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based on expected competition leading to discounts and continued widespread use of generic
statins.26 The Actuary’s refusal to accept these inflated claims proved to be the right approach.
In fact, PBMs quickly made deals to cover both of the brand competitors on the market and
emphasized that the drugs’ cost is “far lower than industry forecasts.”27 New research shows that
PBMs have also effectively used strict prior authorization and high cost-sharing requirements to
suppress utilization of these medicines, resulting in less than one-third of patients prescribed a
PCSK9 inhibitor being able to access therapy.28
A Complex Distribution and Payment System Shapes the Prices Patients, Health Plans, and the
Government Pay for Medicines
The process by which prescription medicines move from biopharmaceutical manufacturers to
patients involves multiple stakeholders and numerous financial transactions. This process has
evolved significantly in recent years, as supply chain entities have grown to play a larger role in
drug distribution and payment. Wholesalers, pharmacies, plan sponsors, and patients all pay
different prices for medicines, and the amount that is ultimately paid is determined by
confidential negotiations between stakeholders. Many discounts provided by manufacturers do
not flow directly through to the patients taking the medicine, and in some cases the full discounts
may also not flow through to employers or plan sponsors.29
Some manufacturer rebates and discounts are required by law, while others are negotiated
between biopharmaceutical companies and powerful commercial payers, many of which cover
tens of millions of patients. In recent years, as payers have consolidated and competition
between brand medicines has increased, negotiated rebates and discounts have also grown.
Multiple data sources indicate that growth in manufacturer rebates and discounts has been
substantial and that an increasing share of these discounts and rebates are retained by middlemen
involved in distributing and paying for prescription medicines.30 According to a recent study by
the Berkeley Research Group, on average, more than a third of the initial list price of a medicine
is rebated back to insurance companies, PBMs and the government, or retained by other
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stakeholders along the biopharmaceutical supply chain.31 And the gap between list prices and net
prices is growing every year as more of medicine costs are being retained by middlemen in the
system.
As shown in Figure 1, accounting for the discounts, rebates and fees paid to PBMs, payers, and
the government, brand biopharmaceutical companies realize less than half of total net spending
on prescription medicines.32 Of the $469 billion spent on prescription drugs in the U.S. in 2015,
brand manufacturers realized $219 billion; the remainder went to generic manufacturers or was
retained as earnings by entities along the supply chain and other stakeholders.33 The $219 billion
realized by the brand biopharmaceutical industry accounts for just 6.8% of the $3.2 trillion spent
on health care overall in the U.S. in 2015.34
Figure 1:
Share of 2015 Net Prescription Medicine Spending Realized by
Manufacturer and Non‐Manufacturer Stakeholders
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Patients Do Not Directly Benefit from Significant Price Negotiations Happening in the Market
Today
Savings generated from price negotiations between biopharmaceutical companies and payers do
not always make their way directly to patients facing high cost-sharing for their medicines.
Unlike care received at an in-network hospital or physician’s office, health plans base cost31

Berkeley Research Group. The Pharmaceutical Supply Chain: Gross Drug Expenditures Realized by Stakeholder.
January 2017.
32
Ibid.
33
Ibid.
34
Martin AB, Hartman M, Washington B, et al. National Health Spending: Faster Growth in 2015 As Coverage
Expands and Utilization Increases. Health Affairs. 2017;36(1):166-176.

7

sharing for prescriptions filled in the deductible or with coinsurance on undiscounted list prices,
rather than on prices that reflect negotiated rebates and discounts. Enrollment in high deductible
health plans and use of coinsurance for prescription medicines has grown sharply in recent years,
increasingly exposing patients to high out-of-pocket costs based on undiscounted prices, creating
scenarios in which medicines appear to be more costly than other health care services. High
cost-sharing is a cause for concern, as a substantial body of research clearly demonstrates that
increases in out-of-pocket costs are associated with both lower medication adherence and
increased abandonment rates, putting patients’ ability to stay on needed therapies at risk.35
Over the past 10 years, patient cost-sharing has risen substantially faster than health plan costs.
For workers with employer-sponsored health insurance, out-of-pocket spending for deductible
and coinsurance payments increased by 230% and 89%, respectively, compared to a 56%
increase in payments by health plans. 36 Whereas cost-sharing for prescription medicines once
consisted almost entirely of copays, use of deductibles and coinsurance has increased rapidly.
For example, the share of patient out-of-pocket drug spending represented by coinsurance more
than doubled over the past ten years in the commercial market, while the share accounted for by
deductibles tripled.37 The growing use of deductibles and coinsurance for prescription medicines
creates affordability challenges for many patients. Patients enrolled in high deductible health
plans may be asked to pay thousands of dollars out-of-pocket before any of their prescriptions
are covered, while patients with coinsurance are responsible for as much as 30% to 40% of the
total cost of their medicines.
Due to the growing gap between list and net prices, patients’ cost sharing for medicines is
increasingly based on prices that do not reflect plan sponsors’ actual costs. For example, market
analysts report that negotiated discounts and rebates can lower the net price of insulin by up to
50% to 70%, yet health plans require patients with deductibles to pay the full undiscounted price.
As a result, a patient in a high-deductible health plan who pays the list price each month for
insulin maybe paying hundreds—or even thousands—more annually than their insurer. Analysis
by Amundsen Consulting shows that more than half of patients’ out-of-pocket spending for
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brand medicines is based on the list price of the medicine, even though their health insurer may
be receiving a steep discount.38
Health plans typically use some portion of negotiated rebates to reduce premiums for all
enrollees, rather than to directly lower costs for patients facing high cost-sharing due to
deductibles and coinsurance. According to one actuarial firm, this results in a system of “reverse
insurance,” whereby payers require patients with high drug expenditures to pay more out-ofpocket, while rebate savings are spread out among all health plan enrollees in the form of lower
premiums.39 Asking sicker patients with high drug costs to subsidize premiums for healthier
enrollees is the exact opposite of how health insurance is supposed to work.
Some patients also end up paying more at the pharmacy counter when they use their insurance,
not knowing that their prescriptions would be cheaper if they were paying in cash. Many PBM
contracts require pharmacies to charge patients the exact amount negotiated between the PBM
and the pharmacy, even if that amount exceeds what the pharmacy would charge to a patient
without insurance. Gag-clauses in PBM contracts prohibit pharmacists from informing insured
patients about the lower cash price, at the risk of the pharmacy being excluded from the PBM’s
network. In these instances, pharmacies must instead overcharge patients, requiring them to pay
the full amount of their copayment, over and above the actual cost of the medication. These
overpayments are then “clawed back” from the pharmacy by the PBM.40
PBMs Negotiate Lower Medicine Prices for Health Plans and Employers, But Don’t Always
Pass Along All of the Savings
PBMs commonly retain a portion of the rebates they negotiate on behalf of their health plan and
employer clients. While the remainder of the rebates are generally passed on to plan sponsors,
smaller employers and health plans may not benefit from all of the price concessions the PBM
has negotiated with manufacturers, particularly if the PBM decides not to define certain fees or
other concessions as “rebates.” For example, one benefits consultant has observed that PBMs
are increasingly changing the contractual definition of rebates to exclude certain administrative
fees, allowing the PBM to retain these payments rather than passing them back to the plan
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sponsor. These administrative fees can be as high as 25% to 30% of the total rebate negotiated
with the manufacturer and are often not reported to the plan sponsor by the PBM.41
In addition to the rebates they negotiate with biopharmaceutical companies, PBMs are
increasingly requiring that if a medicine’s list price increases by more than a certain percentage,
the manufacturer must provide an additional price protection rebate reimbursing the PBM for all
price increases above the threshold. Lack of transparency in contracts between employers and
PBMs has led many plan sponsors to question the share of rebate savings being passed through,
how much the PBM is retaining for administrative fees, and whether the PBM is disclosing and
passing on other price concessions, such as savings from price protection rebates.42
Both the portion of the rebate retained by the PBM and the administrative fees they charge their
clients are typically based off of a percentage of a medicine’s list price. Accordingly, some
PBMs may prefer that their formularies include medicines with high list prices and large rebates,
rather than medicines with a lower list price. In its most recent report to Congress, the Medicare
Payment Advisory Commission discussed incentives that may drive Part D plan sponsors to give
formulary preference to medicines with large rebates, rather than lower cost alternatives.43
These incentives arise because sizable portions of the Part D benefit are not paid for by plan
sponsors (e.g., beneficiaries and manufacturers pay for the majority of costs in the coverage gap).
Similarly, the Centers for Medicare & Medicaid (CMS) has noted that coverage of medicines
with high list prices and large rebates “ease[s] the financial burden borne by Part D plans
essentially by shifting costs to the catastrophic phase of the benefit, where plan liability is
limited.”44
Hospital Markups on Medicines Increase Cost-Sharing for Commercially-Insured Patients
The pharmaceutical distribution and payment process differs for medicines administered in a
physician office or health care facility vs. those purchased at a pharmacy. Providers typically
purchase medicines directly, often through a Group Purchasing Organization (GPO). After the
physician administers the medicine to the patient, the patient’s insurance reimburses the provider
for the cost of the medicine as part of the patient’s coverage for medical care.
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The amount that providers charge for medicines and how much insurers pay varies widely based
on where the medicine is administered to the patient. For example, commercial insurers often
pay hospital outpatient departments twice as much as physician offices for administering the
exact same medicines, including for diseases such as cancer or autoimmune disorders.45 This is
because large hospitals can demand much higher prices from commercial insurers than small
physician practices. The Senior Vice President of Oncology and Genetics at UnitedHealthcare
described the effect for chemotherapy treatment at high profile cancer centers: “Put simply, the
hospitals are saying, ‘If you want our beds, you have to take our prices for oncology
treatment.’”46
The results of hospital markups are astounding. Recent research shows that for twenty
medicines administered in hospital outpatient departments, hospitals charge prices that are on
average nearly five times higher than their acquisition costs and are reimbursed up to three and a
half times their acquisition cost by commercial insurers.47 For a vast majority of the medicines
included in the analysis, this means that the manufacturer—who made the substantial time and
R&D investments including clinical trials necessary to develop the treatment—was paid less for
the medicine than the hospital.
Hospital markups on prescription medicines have a substantial effect not just on overall
healthcare costs, but also on patient affordability. For patients with commercial insurance,
coinsurance is the most common form of cost-sharing for provider-administered medicines,
which means that the amount the patient must pay is equal to a percentage of the total price the
insurer reimburses the provider for the medication. So, when a hospital is paid two or three
times the acquisition cost for a medicine, patients are also paying higher coinsurance. As the
same United insurance executive quoted above noted “it is immoral to force vulnerable patients
to pay triple-digit mark-ups because they have cancer.”48
Market Distortions Created by the 340B Program Lead to Higher Health Care Costs
The 340B program, a program originally intended to provide discounts on medicines for safetynet providers, is contributing to higher health care costs and economists suspect that it is also
leading to higher list prices for medicines. This program started in 1992, and its basic structure
has not been updated since then, despite dramatic changes in the health care system over the past
25 years. The current structure of the program is causing higher health care costs for three main
reasons.
45
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First, the 340B discount, which is structured as a percentage discount, creates incentives for
hospitals to earn a larger spread from the 340B discounts by prescribing more medicines and
higher cost medicines. Economists have noted this may lead prescribing to “shift toward more
expensive drugs because profit margins will in general be larger.”49 A 2015 Government
Accountability Office study found evidence that 340B was leading to the prescribing of more
drugs and more expensive drugs for Medicare patients.50
Second, evidence suggests the 340B program shifts care to more expensive and less convenient
settings. Government reports suggest that hospitals are taking advantage of guidance that has not
been revisited since 1994 which allows hospitals to obtain more 340B discounts by buying
community-based physician practices, so that prescriptions written by those physicians then
qualify for 340B discounts.51 As a result, patients are left with fewer community-based provider
options and are pushed into higher cost hospital-based settings. Analysis by the IMS Institute for
Healthcare Informatics found that average costs for administering cancer drugs are typically
twice as high at hospital outpatient departments compared to community-based oncologists,
which can lead to “higher patient cost responsibility.”52 Researchers from Memorial Sloan
Kettering have noted 340B is helping to drive consolidation of physician practices into hospitals,
and that in the absence of reforms “the trend toward consolidation will continue to drive up the
cost of commercial insurance….”53
Third, the scale of the program as well as its rapid growth may be affecting market prices for
prescription drugs. In 2015, roughly 45 percent of all hospitals participated in 340B.54 In an
analysis of prescription drug pricing published in the New England Journal of Medicine,
economists at Harvard University and the University of Chicago concluded that “lawmakers
could lower the price of prescription drugs by reforming the federal 340B Drug Pricing Program.
[…]The scope of the 340B program is currently so vast for drugs that are commonly infused or
injected into patients by physicians that their prices are probably driven up for all consumers”
(emphasis added).55 Another study in JAMA noted that list prices for drugs are likely higher than
they otherwise would be “to offset revenue losses incurred as a larger number of drug sales
49
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become eligible for 340B discounts (and thus fewer drugs are sold at full price).”56 Certain drug
classes are disproportionately impacted by the 340B program. Thus, the price distorting impact
may be concentrated in certain therapeutic areas, such as medicines for cancer. For example,
sales to 340B hospitals account for 33% of all Medicare Part B reimbursement for certain types
of cancer drugs.57
Market-Based Approaches Are the Best Solution for Addressing Health Care Affordability and
Controlling Costs
The competitive U.S. health care market provides a sound framework for balancing and
supporting patient access, cost containment, and continued progress for patients. Meaningful
efforts to address the cost of prescription medicines must include all stakeholders in the supply
chain, including biopharmaceutical companies, PBMs, health plans, wholesalers, hospitals, and
pharmacies. Policies targeted solely at brand manufacturers—which account for just half of total
net spending on prescription medicines and just 6.8% of total U.S. health care spending—are
insufficient for addressing broader health care sustainability challenges and risk diminishing the
incentives for future innovation.
Strategies for strengthening and enhancing the competitive market include encouraging payers to
share negotiated savings with patients at the pharmacy; reforming outdated regulations hindering
the adoption of value-based payment arrangements; reforming the 340B drug discount program,
which is distorting the market, so that it better serves the purpose for which it was created; and
continuing to modernize the Food and Drug Administration (FDA) and assure that there is robust
generic and biosimilar competition once a brand medicine loses its exclusivity.
Sharing Negotiated Savings with Patients
Changes in insurance coverage for prescription medicines, and the growing use of deductibles
and coinsurance in particular, have created affordability challenges for many patients. Health
plans should be encouraged to directly pass on more of the savings from negotiated rebates in the
form of lower patient out-of-pocket costs, just like they do for other types of health care services.
This should be executed in a way that maintains the confidentiality of proprietary pricing
information that the Federal Trade Commission has identified as important to the effective
functioning of competitive markets. Payers have begun to recognize that using the undiscounted
price of a medicine to set cost-sharing is problematic for patients: recent statements from the
two largest PBMs note that high deductibles for medicines put patients in a “very difficult
56

Conti R, Bach P. Cost Consequences of the 340B Drug Discount Program, Journal of the American Medical
Association. 2013;309(19):1995-1996. .
57
Drugs sold to 340B hospitals account for 33% of all Part B reimbursement for breast cancer and multiple
myeloma drugs. Vandervelde A and Blalock E. Measuring the Relative Size of the 340B Program: 2012-2017.
Berkeley Research Group, July 2017.

13

position” and indicate that sharing rebate savings directly with patients should be considered as a
“best practice.”58 Actuarial research indicates that sharing negotiated savings could save certain
commercially insured patients enrolled in plans with high deductibles and coinsurance between
$145 and $800 annually, while increasing premiums by 1% or less.59
To help patients afford their medicines, biopharmaceutical companies have entered into
partnerships with third parties, such as Blink Health and GoodRx, to offer discounted prices
directly to patients, outside of their insurance benefit.60 Encouraging health plans to allow the
cost of prescriptions purchased through these third-party programs to count towards patients’
deductibles and maximum out-of-pocket spending limits would further reduce patient
affordability barriers.
Copay assistance programs offered by biopharmaceutical companies provide another valuable
source of assistance for many commercially insured patients who are struggling to afford their
out-of-pocket costs, as do manufacturer-sponsored patient assistance programs that help
underinsured and uninsured patients obtain the medicines they need for free or nearly free.
Recent efforts by health plans to restrict use of copay assistance programs, including no longer
counting the full amount patients are asked to pay out-of-pocket towards their deductibles or outof-pocket maximums, unfairly penalize patients and threaten their ability to stay on needed
medicines.
Reforming Outdated Regulations Hindering the Adoption of Value-Based Payment
Arrangements
Changes in the science and pressures for cost containment in the competitive market are driving
rapid evolution of payment and care delivery systems, and biopharmaceutical companies are
playing a role in this transformation. As therapies become more personalized, and as the health
care market moves away from fee-for-service care and toward more integrated care systems,
biopharmaceutical companies are increasingly partnering with payers to develop new types of
payment arrangements that reward improvements in care and better health outcomes for patients.
Yet while the science and market are moving rapidly, efforts to develop new ways to pay for
medicines have been slowed by regulations designed for an earlier era. Such regulations can
have the unintended consequence of making it more difficult for payers to prioritize results that
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matter to patients, and for biopharmaceutical companies to increase the amount of risk they share
with payers. For example:


Ambiguity in FDA rules governing manufacturer communications about their medicines can
prevent biopharmaceutical companies from entering into contracts based on the ability of
their medicine to reduce hospitalizations or other medical services, since those contracts
might be perceived as promoting the medicines for an unapproved indication.



Lack of clarity in the anti-kickback statute (AKS) can inhibit value-based contracts due to
lack of certainty as to whether contracts fit within existing safe harbors and exceptions. By
revising the AKS regulations to add a value-based contracting safe harbor, policymakers can
facilitate private payers and manufacturers to expand the use of value-based contracts as a
solution to health care affordability and controlling drug costs.



Price reporting rules such as Medicaid Best Price can limit the amount of risk
biopharmaceutical companies share with payers within a value based arrangement, because
any increased discount beyond the statutory minimum must be offered not only to that payer,
but also to all of Medicaid. Exempting value-based arrangements from existing technical
and complex Best Price, Average Manufacturer Price, and potentially Average Sales Price
requirements to reflect a modern and flexible approach to price reporting would foster
expansion of innovative contracting arrangements.

Modernizing the FDA
As the pace of scientific discovery accelerates, it is critical to assure that our regulatory
infrastructure keeps up with the science and that FDA regulations are up-to-date, practical, clear
and not overly burdensome to foster efficiency, predictability, and the ability of
biopharmaceutical companies to innovate and bring new medicines to patients. The
Committee’s recent action to reauthorize the Prescription Drug User Fee Act creates a solid
foundation not only to accelerate approval of new life-saving treatments, but also assure that
there is robust generic and biosimilar competition. We thank the Committee for its rapid and
bipartisan action.
Accelerating the introduction of new medicines allows the forces of private market competition
to keep costs in check and increases the number lifesaving drugs becoming available to patients.
Importantly, key provisions of the prescription drug, biosimilar, and generic drug user fee acts
will help to eliminate the generic drug application backlog, increase resources to prevent future
backlogs, and to streamline the review process and enhance FDA’s expertise related to drugdevice combination products, an area in which regulatory uncertainties and delays have
previously deterred brand and generic manufacturers from investments. Additional
opportunities to improve competition include finalizing FDA guidances related to biosimilars
and enhancing incentives for generic manufacturers to enter the marketplace where there are no
15

intellectual property or regulatory incentives preventing generic entry but, due to small patient
population sizes, there are no brand or generic competitors. Increased competition from generics
could be spurred by waiving user fees for eligible products, providing a transferable generic drug
priority review voucher, and expediting review of such products and the inspection of their
facilities.
Finally, the FDA can further spur efficiency in the market and free up scarce resources through
elimination of certain outdated regulations. For example, regulations requiring
biopharmaceutical companies to submit postmarketing reports in a format unique to the U.S. are
inefficient and burdensome and provide no appreciable benefit compared to the format used
globally. A more logical approach for submission of postmarketing reports would be to
streamline the formats. Similarly, requiring biopharmaceutical companies to submit all
promotional materials to the FDA at the time of dissemination—even if only minor, nonsubstantive changes have been made to previously submitted pieces—results in submission of
thousands of pieces per company per year with no benefit to public health.
Reforming the 340B Drug Discount Program
To protect the health care safety net it is critical to ensure that the underlying market works. The
340B program needs both Congressional and administrative updates to help prevent it from
continuing to raise costs for consumers and the overall health care system. Stronger rules for
hospitals participating in the program will help ensure the program targets the patients and true
safety-net facilities it was intended to help. Specific reforms for hospitals participating in the
program should include stricter 340B eligibility criteria, limits on contract pharmacy
arrangements, requirements that patients see a benefit from the program, a tighter definition of
patient eligibility, and limits on which hospital-owned physician practices can participate in
340B.
Assuring Robust Competition and Continuing to Modernize the FDA
Economists have reinforced the critical role of boosting competition to address drug cost and
access issues. To increase competition:


Key provisions of the prescription drug, biosimilar, and generic drug user fee acts will spur
competition, including policies to eliminate the generic drug application backlog and
increased resources to prevent future backlogs, expand FDA’s expertise related to drugdevice combination products, and reduce the regulatory uncertainty and streamline review of
drug-device combination products. Biopharmaceutical companies have stated that current
regulatory uncertainties and delays have deterred both generic and brand manufacturers from
investments in these areas.
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Reducing the length and increasing the efficiency of drug development will increase
competition on both price and clinical effects. Given that the cost of innovator drug
development has doubled over the past decade, in part due to increasing FDA requirements,
the Prescription Drug User Fee Act includes a range of provisions aimed at reducing
uncertainty and creating efficiencies in the both the development and regulatory review of
new medicines. Accelerating the introduction of new medicines would allow the forces of
private market competition to keep costs in check and increase the number of lifesaving
drugs becoming available to patients.



Enhancing incentives for generic manufacturers to enter the marketplace in areas where there
are no intellectual property or regulatory incentives preventing generic entry but due to small
population sizes there are no brand or generic competitors. Increased competition from
generics could be spurred by waiving user fees for eligible products, providing a transferable
generic drug priority review voucher, and expediting review of such products and the
inspection of their facilities.



Finalizing the various FDA guidances related to biosimilars is necessary to reduce regulatory
uncertainties for biosimliar manufacturers and to accelerate the market entry of biosimilars.
Biosimilar medicines are an important way to spur competition that will lead to more choices
for patients and lower prices for patients and the health care system.

Sustaining Incentives for Innovation Is Critical to Solving Future Health Care Challenges
Looking ahead, it is clear that medicines offer some of the clearest opportunities to address the
challenge of growing health care costs as our population ages. For example, the number of
Alzheimer’s cases is projected to increase rapidly over the next decade as Baby Boomers begin
to reach retirement age, resulting in an enormous human and economic cost. If we can achieve
treatment advances that delay Alzheimer’s by just five years beginning a decade from now, 2.5
million fewer Americans will be afflicted by the disease and we would avoid $367 billion
annually by 2050 in costs for long-term care and similar services for persons with Alzheimer’s.61
Alzheimer’s remains a major focus of biopharmaceutical research companies despite high risks;
since 1998 there have been 123 unsuccessful attempts to develop a medicine for Alzheimer’s,
and just four approved medicines.62 In just the last two years, several promising new therapies
failed in mid- and late-stage trials, resulting in the loss of billions of dollars of human, political,
and monetary capital.63
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As with Alzheimer’s disease, there is a significant unmet medical need for patients with rare
diseases which collectively affect 30 million Americans. But only 5% of these diseases have
available treatment options.64 Given the many diseases where there is significant unmet need,
maintaining incentives for the continued development of new medicines will be crucial in
addressing the most costly and challenging diseases of our time.
Yet there is evidence that rising costs in drug development, combined with an increasingly
competitive market, have resulted in more uncertainty and lower average returns in recent years.
Analysis by a Massachusetts Institute of Technology economist and the IMS Institute finds that
increasing market competition has eroded much of the economic profitability of newly launched
brand medicines, such that on average financial returns for medicines launched between 2005
and 2009 were insufficient to recoup average R&D and operating costs.65
Even drugs that succeed at launch may quickly be supplanted as other new brand competitors
enter the market, as occurred with first generation HCV medicines. For example, despite initial
success, two protease inhibitors launched in 2011—seen at the time as substantial advances in
treatment for HCV—found that they were supplanted by more effective treatments following the
introduction of the next generation of medicines in 2013. Thus, despite substantial investment
and many years of research and development, competition from newer brands led these
medicines to be withdrawn from the market within two years.66 This underscores the
extraordinary risk biopharmaceutical companies confront to bring new treatments to market.
***
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