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Approval Drugs: Costs and Consequences
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tate budget shortfalls resulting from the COVID-19 pandemic

will likely amplify efforts to cut Medicaid spending. In

advising on targets for Medicaid cuts, the National Governors
Association' has identified Medicaid coverage of “selected fast-
tracked, first-in-class drugs,” such as those approved through the
FDA’s accelerated approval pathway, as ripe targets. Two states,
Massachusetts? and Tennessee,* have sought federal waivers from
Medicaid coverage requirements to limit patient access to these
medicines. The efforts raise serious patient and provider concerns
about access to medicines for a Medicaid population living with
serious or life-threatening, often rare, conditions without treatment
options—individuals for whom the accelerated approval pathway
was developed.

By pursuing access limitations in Medicaid, states presume that
any savings to be had are worth restricting access for these patients.
An analysis of Medicaid spending on accelerated approval drugs
between 2007 and 2018 and their impact on the growth in Medicaid
spending shows that accelerated approval drugs accounted for
less than 1% of annual Medicaid spending consistently year over
year. These data support preserving Medicaid access to accelerated
approval drugs for the seriously ill.

Background

New medicines approved through FDA's accelerated approval pathway*

have made novel therapeutics for serious or life-threatening condi-
tions available more quickly to the benefit of patients, particularly
those battling cancers or rare diseases with limited to no treatment
options.® Congress first codified the accelerated approval pathway
in 1997.° Accelerated approval drugs changed the course of disease

for individuals with HIV/AIDS and many cancers by driving inno-
vation for these previously underserved populations.® Congress

modernized and enhanced the pathway in 2012 to expand its use

for rare diseases.’

Foraccelerated approval applications, the FDA must also consider
the severity, rarity, or prevalence of the condition treated and the
availability or lack of existing treatments.” FDA approval is contingent
on the sponsor’s completion of a longer-term, confirmatory study.

TAKEAWAY POINTS

States seek to limit coverage of drugs approved through the FDA's
accelerated approval pathway, which is designed to accelerate avail-
ability of medications that treat serious or life-threatening conditions.
Analysis of Medicaid spending from 2007 to 2018 shows:

» Accelerated approval drugs accounted for less than 1% of Medicaid
spending consistently every year.

» Medicaid spending on accelerated approval drugs remained steady at
0.6% to 0.8% a year after 2012 passage of the Food and Drug Safety
and Innovation Act, which encouraged accelerated approval use for
rare conditions in addition to oncology and HIV/AIDS.

» These data support preserving access to accelerated approval drugs
for the seriously ill.

A streamlined withdrawal process exists for drugs that are found
to be unsafe, or for which benefit is not confirmed, or for which
no confirmatory trials are conducted by their sponsor.

Increasingly, Medicaid and other payers are implementing
significant coverage barriers or refusing to cover these medicines
outright, arguing that accelerated approval drugs have insufficient
or limited evidence despite these drugs meeting the FDA’s safety
and efficacy standards. A recent Kaiser Family Foundation study?®
indicates that a majority of states are developing strategies related
to new high-cost therapies, particularly those approved on an
accelerated pathway. Notably, the National Governors Association
has called for federal action “[a]llowing state Medicaid programs to
exclude...select fast-tracked, first-in-class drugs that lack sufficient
data on safety and efficacy, until such evidence is produced.”

Delaying Medicaid coverage of FDA-approved treatment
options undermines the intent and urgency of the accelerated
approval pathway, as access delays can mean irreversible harm.
Because expressed reluctance to cover these medicines includes
financial concerns about costs of accelerated approval drugs,
understanding the extent to which accelerated approval drugs
affect Medicaid spending overall and spending growth is important
to these deliberations.
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Estimating Impact on Medicaid Spending

To estimate the impact of accelerated approval drugs on overall
Medicaid spending and spending growth, data on Medicaid
spending for each year from 2007 to 2018 were collected from
the National Health Accounts tabulated by CMS.? These data also
include Medicaid-specific spending on hospital care, physician
and clinic services, nursing homes, home health, and prescription
drugs, among other covered services. Spending includes Medicaid
managed care and fee-for-service spending. Accelerated approval
drugs were identified from the FDA Center for Drug Evaluation
and Research drug and biologic accelerated approvals document
as of December 31, 2019."° These data informed calculations of the
Medicaid amount reimbursed for each year. Total Medicaid drug
reimbursements for the year were also tabulated.”

Between 2007 and 2018, total Medicaid spending increased from
$326 billion to more than $597 billion, an average increase of 5.7%
per year. As shown in Figure 1, hospital spending consumed the
largest share of Medicaid spending year over year, followed by
physician and clinical services and prescription drugs. Accelerated
approval drugs accounted for a small percentage of overall Medicaid
spending between 2007 and 2018. In 2007, these drugs accounted for
0.3% of Medicaid spending, rising to 0.7% by 2012 and remaining
relatively constant through 2018. Notably, the portion of Medicaid
spending for accelerated approval drugs did not increase and
remained steady at 0.6% to 0.8% a year after the 2012 passage of
the Food and Drug Safety and Innovation Act,” which codified the
pathway and encouraged its use for rare diseases.

Similarly, as Figure 2 illustrates, hospital spending contributed
the most to Medicaid spending growth. Over the 2007-2018 period,
hospital spending accounted for nearly 30% of the growth in
Medicaid spending. During the same period, increased spending on
prescription drugs accounted for 16.7% of the growth in Medicaid
spending. Between 2007 and 2018, increased spending on acceler-
ated approval medications accounted for only 1.3% of the overall
growth in Medicaid spending.

Itis important to note that the analysis does not take into account
any prescription drug rebates, which in 2017 accounted for 55% of state
Medicaid drug spending.” The lack of available detailed information
on Medicaid rebates obscures information about rebates specific
to accelerated approval drugs and other on-patent medicines. That
limits the analysis and ability to quantify how rebates relating to
both accelerated approval and other on-patent medicines affect net
drug spending, although spending net of rebates would decrease
the total spent on prescription drugs, as well as the percentage of
Medicaid spending growth attributable to prescription drugs overall.

During the study period, Medicaid also underwent significant
changes largely driven by Medicaid expansion as a part of the
Affordable Care Act. Most notably, after 2010, enrollment in the
program increased by an average of 3.9% per year.” Although spending
on all categories of care increased during Medicaid expansion, the
percentage of total Medicaid spending attributable to accelerated
approval drugs remained stable between 2010 and 2018.

Medicaid Access to Accelerated Approval Drugs

FIGURE 1. Distribution of Medicaid Spending by Source and by

Accelerated Drug Approval Status, 2007-2018

40.0%
35.0%
30.0%

25.0%
20.0%
15.0%
10.0%

5.0%

0.0%
2007 2008 2009 2010 2011 2012 2013 2014 2015 2016 2017 2018 Avg

e Hospital care === Physician services

Nursing home Home health

@ Total drugs Accelerated approval drugs

FIGURE 2. Percentage of Increase in Medicaid Spending by Source
of Care and by Accelerated Drug Approval Status, 2007-2018?
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2A varied assortment of smaller contributors not illustrated account for the
remaining percentage of spending increases.

Policy Implications

Drugs approved via accelerated approval are novel treatments that
address urgent and unmet medical needs involving serious and
life-threatening diseases. Since inception, the accelerated approval
pathway has resulted in tremendous advances, most notably for
HIV/AIDS and many cancers. Despite cost concerns, the analysis
on drivers of Medicaid spending shows that accelerated approval
drugs have a de minimis impact on spending while addressing
significant unmet medical needs. The potential human costs far
outweigh potential savings from coverage restrictions.

Relatedly, the Congressional Budget Office (CBO) recently evalu-
ated the savings potential of a proposal by the Medicaid and CHIP
Payment and Access Commission to “give states a set period of
time to evaluate the clinical evidence for new drugs and determine
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appropriate coverage criteria.”* CBO estimated that proposal would
decrease federal spending by less than $25 million over 10 years, with
savings primarily resulting from delaying the start of the coverage
period and shifting some spending to another budget window. In
fiscal year 2018, federal spending on Medicaid amounted to 62% of
total Medicaid spending,” so the state share of savings estimated
by the CBO would be less overall and then divided among the states.
In contrast, given that accelerated approval drugs must address
serious or life-threatening conditions with significant unmet
medical needs, a 6-month delay in access to treatment could have
a profound, irreversible impact on patients.

States seeking to limit access to accelerated approval drugs must
obtain approval from CMS to waive drug coverage requirements
that enable states to collect substantial rebates under the Medicaid
Drug Rebate Program (MDRP). The MDRP generates rebates that
reduce Medicaid drug costs by more than half.” Allowing such
exceptions to the MDRP could open it up to further changes that
weaken Medicaid’s ability to provide affordable access to thera-
peutics for serious unmet medical needs that FDA's accelerated
approval pathway was designed to address. CMS has declined
Massachusetts’ Medicaid waiver request? for drug coverage excep-
tions, noting that accelerated approval drugs “must be covered
by State Medicaid programs” if the manufacturer participates in
the MDRP." States can use utilization management mechanisms
to ensure appropriate use, and they have greater coverage discre-
tion for drugs from manufacturers not participating in the MDRP.
Tennessee’s Medicaid waiver request® that could include coverage
restrictions for accelerated approval medicines was approved by
the Trump administration in January 2021." Its future, given the
change in administration, is uncertain.

Conclusions

Medicaid programs seeking ways to meaningfully mitigate budgetary
impacts from rising health care costs will not find success in
restricting or eliminating coverage of accelerated approval drugs.
This analysis of Medicaid claims data from 2007 to 2018 shows that
such efforts are misguided. Accelerated approval drugs account for
less than 1% of overall Medicaid spending while often representing
the only treatment options available for beneficiaries. During the
COVID-19 pandemic, in particular, individuals living with serious
conditions face increased vulnerability. This reality places paramount
importance on facilitating access to treatments for patients with
serious or life-threatening conditions. Limiting Medicaid coverage
for accelerated approval drugs would have a devastating impact
on patients benefiting from these treatments while having a de
minimis impact on spending. W
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