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At the heart of all health insurance programs lies ethical tension between maximizing the freedom of pa-
tients and clinicians to tailor care for the individual and the need to make healthcare affordable. Nowhere
is this tension more fiercely debated than in benefit design and coverage policy for pharmaceuticals.
This paper focuses on three areas over which there is the most controversy about how to judge whether
drug coverage is appropriate: cost-sharing provisions, clinical eligibility criteria, and economic-step ther-
apy and required switching. In each of these domains we present ‘ethical goals for access’ followed by a
series of ‘fair design criteria’ that can be used by stakeholders to drive more transparent and accountable
drug coverage.

Tweetable abstract: New ICER policy analysis sets design criteria to determine whether insurance coverage
is providing fair access to drugs through cost sharing, clinical eligibility criteria and step therapy.
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At the heart of all health insurance programs, public or private, lies inescapable ethical tension between two desired
goals: first, that insurance maximizes personal choice so that patients and clinicians can use healthcare services as
they see best to save lives and to improve the quality of life of those who are ill; and second, the need to make
healthcare affordable, and to manage resources fairly within the budget constraints that exist throughout the entire
health system.

Nowhere is this tension more fiercely debated today than in the area of health benefit design and coverage policy
for pharmaceuticals [1]. Although patient groups, drug makers and payers can now talk (or argue) more concretely
about determining what would be the ‘fair price for a drug’, a question far less examined is how to determine
whether insurance coverage is providing ‘fair access to a drug’ [2]. Plan sponsors and payers need a conceptual
framework of ethical design criteria to guide their decision making. Patients, clinicians and all other stakeholders
need to contribute to this framework and should then be able to use it to help make consistent judgments of when
specific cost-sharing provisions or utilization management protocols are fair and transparent. To present such a
conceptual framework and associated design criteria is the purpose of this paper.

To inform the development of our framework we conducted a literature review and ten stakeholder interviews
with representatives from patient community organizations, employer plan sponsors, pharmacy benefit managers
(PBMs), commercial health plans, health policy research organizations, specialty medical organizations and health
benefit consultants. Representatives from patient organizations and clinical specialty societies joined senior policy
leaders from 25 payer and life science companies at a 2-day policy summit in December 2019 to discuss an earlier
version of this paper, debate the concept of fair access and provide suggestions for revisions to the framework
proposed.
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Scope of analysis
We provide elsewhere a more comprehensive examination of elements related to fair access to pharmaceuticals in a
full White Paper. Due to length restrictions, in this paper we will focus narrowly on the three areas over which plan
sponsors and payers (defined here as inclusive of both PBMs and insurers) have direct control and over which there
is the most controversy about how to judge whether drug coverage is appropriate: cost-sharing provisions, clinical
eligibility criteria, and economic-step therapy and required switching.

In each of these domains we present ‘ethical goals for access’ followed by a series of ‘fair design criteria’. These
criteria provide the set of standards by which we believe the goals of ethical cost sharing and utilization management
can be realized, and with which we suggest that all participants in the health system can find a more transparent
and concrete method to judge the appropriateness of benefit designs and coverage policies. These are summarized
in Table 1. The context and rationale for these ethical goals and design criteria are set out in the remainder of this
paper.

In combination with these ethical goals and design criteria there are essential ‘implementation criteria’ that payers
should follow. These criteria focus on elements of transparency, flexibility and appeals procedures without which
even the best designs for cost-sharing provisions and prior authorization protocols cannot achieve reasonable ethical
outcomes. These implementation criteria are also presented in the Table 1, but due to length constraints are not
discussed further in this paper. They are described in full detail in the White Paper [3].

Cost sharing
Ethical goals for access
One common rationale for requiring cost sharing by patients is to reduce overuse of healthcare services that may be
driven by the ‘moral hazard’ of the lack of direct financial consequence when patients are covered by insurance [4].
Recent evidence confirms that patients can be very sensitive to differences in out-of-pocket costs, and there is a
strong consensus among plan sponsors and insurers that cost sharing is necessary to help control overall insurance
premiums [5]. According to this view, the ethical benefit of cost sharing is that, if exercised responsibly and properly
structured, it does not harm patients and can reduce spending on drugs for which there are less expensive alternatives,
improving the affordability of health insurance for all.

However, it is clear that cost sharing can prove to be a blunt tool and, especially for lower-income patients,
often reduces use of necessary care as well as unnecessary care, increasing the risk of adverse clinical consequences
and higher overall costs [6–9]. The broader aim of cost sharing, therefore, should be to design the drug benefit in
a way that addresses moral hazard and can steer patients to clinically appropriate lower-cost alternatives without
undermining the basic purpose of insurance, which is to spread financial risk over broad populations to protect
individuals from direct harm.

Translating ethical goals for access into fair design criteria
If the stated ethical goals of cost sharing are to address moral hazard, reduce overall spending on drugs and improve
affordability of health insurance, then two fair cost-sharing provisions are clear:

• There should be no cost sharing for cost saving, high-value medications for chronic conditions. This has been the
focus of extensive policy development and advocacy as part of the drive for value-based insurance designs [10,11].

• Cost sharing for the patient should be based on the net price to the payer, not on the list price, which is irrelevant
to efforts to control costs for the population.

Beyond these two criteria, we must take into account important contextual considerations. For example, if a
lower-cost alternative is not available, the drug should ideally be placed on the lowest tier in the formulary, subject
to the lowest level of cost sharing. It is, however, important to consider whether the drug is fairly priced. We believe
consideration of a fair price is important because placing any drug that does not have competition on the lowest
tier will disincentivize those drug makers from negotiating lower prices, which can misalign incentives and increase
costs for all patients in a way that creates affordability barriers to accessing care. ICER advocates for an approach
centered on a cost–effectiveness evaluation of whether the price is in proportion to the long-term added benefits
of a drug. Our approach also explicitly considers broader contextual factors and the potential budget impact given
the intended patient population. But whether a payer adopts the ICER approach or another one is less important
than that the approach be transparent, explicit and applied consistently.
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If the net price of a drug meets the ‘fair price’ standard established by a payer, and there are no other appropriate
options, then it seems reasonable to place the drug on the tier with the lowest applicable cost sharing. In contrast,
if the drug is deemed to be priced above a fair price threshold, then, as an alternative to excluding the drug from
coverage, it seems reasonable for payers to use tiering and higher cost sharing to try to create negotiating leverage
with the drug maker to achieve a lower price. The role of manufacturer copay coupons in the private market has
greatly complicated, and in some cases eliminated the business case for using tiering as a negotiating tool to achieve
more reasonable pricing, but the ethical argument for linking tiering to a transparent judgment of fair pricing
remains.

One implication of linking judgments of fair pricing to tiering is that in some situations, even when patients
have no other clinical option, it could be appropriate for payers to place an unreasonably priced drug on a high tier.
Some commentators have argued that it seems unfair to ‘penalize’ patients by requiring higher cost sharing for their
medication just because their medication is not fairly priced [12]. However, based on data related to individuals and
families delaying care, foregoing care and even dropping out of the health insurance pool due to increasing health
insurance premiums, we believe that there is adequate evidence to demonstrate that paying more than appropriate
for health gains in one segment of the patient population does more harm than good [13,14]. Therefore, we believe
that a strong ethical argument can be made to retain the option for plan sponsors and payers to require higher
cost sharing for drugs that are not reasonably priced, albeit within levels that will not serve as a major barrier to
access [15].

A different set of considerations comes into play when multiple drugs are viewed as clinically appropriate and all
are priced fairly according to the payer’s evaluation. In this situation, the ethical goals of fair access would suggest
that at least one of these drugs should be on the lowest relevant tier. However, if at least one is placed on the
lowest tier, fair design criteria would allow payers to continue to use tiering and graduated cost sharing to leverage
competition in hopes of even lower prices for all drugs in the class.

Unfortunately, most of the benefit designs that payers administer require that certain categories of drugs, for
example, ‘specialty drugs’, have their own designated tier or tiers in a formulary. This may make it impossible to
place a brand drug on the lowest tier within the entire formulary, a tier which is often restricted to preferred generic
options. To meet the ethical goals for fair access, it would be preferable for any drug, no matter how expensive, be
eligible for placement on the lowest tier if the drug is fairly priced. However, if the plan sponsor does not agree to
make this option available, then it seems reasonable for payers to assign at least one fairly priced drug to the lowest
tier available for that type of drug.

We address specific fair design criteria for economic-step therapy later in this paper, but the question relevant to
cost sharing is how much the patient should be asked to pay out of pocket when they have been a ‘good soldier’ by
trying the first-step therapy and, through no fault of their own, have not received adequate results, and therefore
must move on to the second-step option. If the second-step agent is priced above the reasonable price standard,
then higher cost sharing would be justifiable. But if the second-step agent is fairly priced, then the ethical goals
of fair access would suggest that it should be on the lowest tier, consistent with its drug class. Unfortunately, this
approach may be prohibited in certain rebate agreements that require the payer to assign all second-step agents
to a higher tier. Wherever possible, payers and manufacturers should avoid this approach in step therapy contract
negotiations.

Clinical eligibility criteria
Ethical goals for access
The ethical goals that should be met by the language and implementation of clinical eligibility criteria are fun-
damental to fair access. Prior authorization protocols can create a risk of delayed or abandoned care that harms
patients [16,17]. However, the reason prior authorization remains a reasonable policy tool, in principle, is because
without prior authorization there is also a risk – sometimes significant – for overuse or misuse of treatments, leading
to harm for patients and to wasted resources [18]. Therefore, although for many drugs prior authorization may not
be necessary at all, when it is, clinical eligibility criteria play an important role not only in controlling costs but in
ensuring appropriate care. The ethical challenge lies in finding the right balance between the burden and barriers
posed by clinical eligibility criteria and the health and financial gains that can result from prudent application.

It is also important to note several other ethical goals for appropriate clinical eligibility criteria. First, coverage
criteria should ensure that the US FDA label is not interpreted or narrowed in a way that specifically disadvantages
patients with underlying disabilities unrelated to the condition being treated. Second, the entire process of creating
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and implementing clinical eligibility criteria must be sensitive to the impact of racism and other forms of bias
on the development of evidence supporting new treatments. Systemic racism has resulted in patterns of clinical
trial design and conduct that lead to underrepresentation of black Americans and other minorities among enrolled
patients [19].

A third ethical goal for clinical eligibility criteria is that they should not use the eligibility criteria from of the
pivotal trials supporting FDA approval as arbitrary red lines for coverage unless the FDA has included them in
the label to ensure a positive risk–benefit balance. The eligibility criteria from pivotal trials often include relatively
arbitrary cut offs for age, severity and functional status. Patients with specific comorbidities may be excluded from
the trials entirely. Since patients who did not meet these eligibility criteria were not able to participate in the trials,
it is technically true that there is ‘no evidence’ on the drug’s safety or effectiveness for patients like them. It can be
appropriate for pivotal trial eligibility criteria to be applied to coverage determinations, but only with reasonable
flexibility, especially for patients who fall just outside arbitrary cut offs.

Translating ethical goals for access into fair design criteria
The key issues for fair design criteria relate to whether and how clinical eligibility criteria can be used to narrow
coverage from that implied or explicitly included in the FDA label. Given that the FDA has resources, time and
evidence evaluation expertise beyond that available to payers, some would argue that fair design criteria should
universally prohibit using clinical eligibility criteria to narrow coverage, and that payers should therefore always use
the FDA language without revision so that clinicians and patients can exercise broad latitude in considering the
risks and benefits for individual patients. However, we believe there are several purposes for which it is not a priori
unreasonable to adopt more specific or narrower coverage language:

• To clarify indeterminate diagnostic or clinical terms. The FDA may not have included language in its label on
how the diagnosis of the condition should be defined or verified. Payers may seek to use clinical guidelines, the
eligibility criteria from the pivotal clinical trials, or other sources to create a more specific definition of the patient
population for which a drug will be covered;

• To triage patients by clinical acuity when both reasonable and necessary. In extraordinary situations, payers may
feel that providing broad coverage according to the FDA label may not be in patients’ best interests because a
lack of qualified providers or other infrastructure constraints would not make treatment available to all in the
short term, and the sickest patients might find it difficult to ‘compete’ for treatment with other patients who
are able to wait. Another justification for limitation of broad coverage arises rarely when the financial impact of
rapid, broad treatment of a sizeable patient population would create intense short-term budget constraints that
would negatively affect the delivery of other services or lead to near-term increases in health insurance costs that
would make insurance unaffordable for many plan sponsors and families [20]. Arguably, this was the situation
that faced Medicaid and other health systems at the time of the initial launch of novel treatments for chronic
Hepatitis C in 2013 [21]. Importantly, using this justification to narrow coverage would only meet ethical goals
for fair access if acuity can be determined on objective clinical grounds and waiting for treatment will not cause
significant irremediable harm;

• To add requirements for specific clinical characteristics consistent with the patient eligibility criteria used in the
pivotal trials underpinning FDA approval. When there is a mismatch between the broad language used in the
FDA label and the types of patients for whom there is direct evidence on the risks and benefits of treatment,
when, if ever, is it appropriate for payers to narrow coverage to include only patients who meet the original
eligibility criteria for the clinical trials? We believe the answer to this question should hinge, in part, on whether
the drug is fairly priced. If a payer does not formally and transparently deem that a drug is unreasonably priced,
then access to that drug should not be constrained by coverage criteria narrower than the language of the FDA
label, albeit with accommodation for coverage criteria that define indeterminate terms used in the FDA label, as
described above.

However, for drugs that the payer has deemed, via a transparent, explicit and consistently applied approach,
to be overpriced, the ethical balance shifts. Resources spent above a threshold for the health gained ultimately
reduce health disproportionately due to increases in insurance premiums. Although the risks of harm from narrow
eligibility criteria and greater documentation burden are real and should not be ignored, we believe that the broader
benefits for patients across the health system can justify a fair design criterion that allows payers to consider using
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clinical eligibility criteria to narrow coverage to reflect the patients studied in the pivotal trials. Accompanying
implementation criteria are particularly critical to these fair design criteria: there must be reasonable flexibility and
support by robust appeals procedures, as well as documentation requirements that do not result in major barriers
to care.

Economic-step therapy & required switching
Ethical goals for access
Economic-step therapy policies should be distinguished from ‘regulatory’-step therapy policies that embed into
insurance eligibility criteria the same clinical requirements for prior medication use found in the FDA label.
Economic-step therapy, in contrast, is added by payers as a requirement that patients try a lower-cost treatment
before receiving coverage for the drug they are seeking to use. Economic-step therapy policies can be justified in
principle by payers’ obligation to seek the prudent use of limited healthcare resources, but these policies have the
potential to cause harm should they block patients from receiving the treatment that is the most clinically appropriate
for them.

Required switching, sometimes labeled as ‘nonmedical switching’, is a less common payer policy but functions
much like a retrospective form of economic step therapy. In this case, patients who are currently taking a medication
are required to switch to another, less expensive drug even if they are stable and satisfied with their current treatment.
Some patients are asked to switch to medications they have previously taken and ‘failed on’. Earlier iterations of
required switching were introduced when generic medications first became increasingly available. The perceived
risk to patients was viewed as extremely low if they were asked to switch from an expensive brand name version of
a drug to a less expensive generic formulation of the same drug. More recently, however, as cost pressures on drug
spending and overall health insurance costs have grown, required switching policies are being considered in which
patients would be required to switch from one brand name drug to a different brand name drug.

For both economic-step therapy and required switching, the ethical tension inherent in maintaining fair access
becomes extremely visible to patients and clinicians. Some studies demonstrate negative effects on patient outcomes
related to economic-step therapy, and there has been a consistent push from many patient groups, clinical societies
and commentators to add meaningful consumer protections and transparency to economic-step therapy and
required switching policies [22].

Translating ethical goals for access into fair design criteria
Economic-step therapy

In our approach to this issue, we draw heavily upon work by Nayak and Pearson [23] to propose that economic-step
therapy policies can only achieve the ethical goals for access if they meet the following set of five fair design criteria:

• The first-step therapy is clinically appropriate for all or nearly all patients and does not pose a greater risk of
any significant side effect or harm. Payers should review potential policies with clinical experts, and whenever
possible, patient representatives. Payers should ask whether there are certain kinds of patients for whom the
proposed first-step drug is inappropriate and should abandon plans for step therapy if there are reasonable
clinical grounds to exempt even a modest number of patients from the first-step drug unless a delay in receiving
treatment is truly inconsequential;

• Patients have a reasonable chance to meet their clinical goals with first-step therapy. What threshold represents
a ‘reasonable’ chance of meeting patients’ clinical needs depends on the clinical context. If the clinical condition
has a substantial impact on patients’ quality of life such as severe psoriasis, then instituting economic-step therapy
would be reasonable only if there is a high likelihood of success with the designated first-step therapy. A high
chance of success would also be needed to justify economic-step therapy among drugs with side effects that could
cause significant short-term harm;

• Failure of the first-step drug and the resulting delay in beginning the second-step agent will not lead to long-
term harm for the patient. Many economic-step therapy policies involve dermatologic, antihypertensive and
gastrointestinal motility drugs that treat conditions for which short-term failure with the first-step drug poses
extremely little risk of any significant long-term harm. However, the situation is different if considering economic-
step therapy policies for drugs treating cancer, mental health or seizure conditions. Failure of a first-line agent
may involve some degree of irremediable harm to the patient, even if a transition is made rapidly to a second-line
agent. It may be permissible to implement economic-step therapy when there is a very small possibility of an
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irremediable harm, but only when there is strong evidence that the first-line therapy is equally effective and
possesses equivalent risks for serious side effects;

• Patients are not required to retry a first-line drug with which they have previously had adverse side effects or an
inadequate response at a reasonable dose and duration. Payers must explicitly build into economic-step therapy
policies an exemption for patients who have already tried the first-line drug and had adverse side effects or an
inadequate response at a reasonable dose and duration. The one possible exception to this general rule is when
patients have tried the first-line drug before but did not receive an adequate dosage or duration of treatment
before abandoning it. If the reason the patient stopped the drug was side effects, then requiring the patient to
take the drug again is not appropriate;

• Use of the first-step therapy reduces overall healthcare spending, not just drug spending. Some drugs may be
more expensive initially but lead to fewer clinician visits or hospitalizations in the long term. Economic-step
therapy should not penalize use of such drugs in search of isolated lower-drug spending.

It is important to consider whether economic-step therapy should be applicable to drugs that payers have
been determined to be reasonably priced. One argument is that the risks and burdens of step therapy should
not be acceptable when a drug already reflects prudent healthcare spending. However, it is our view that applying
economic-step therapy to fairly priced drugs should not be prohibited. For example, when cost–effectiveness analysis
is used to judge a fair price, it is almost always applied to recommend a price ceiling – a price that at the margin
represents the threshold at which the good from using the drug at that price matches the negative harms caused
by the opportunity costs of that spending. Therefore, allowing market forces to achieve even lower prices than
peak ‘fair prices’, seems reasonable because it will ultimately provide more resources and/or lower overall health
insurance costs to all patients.

Required switching

We believe that the same general fair design criteria proposed for economic-step therapy apply to required switching
policies, but given that patients are already receiving satisfactory clinical benefits, the intended new drug must meet
the following more stringent requirements to assure that switching poses minimal risks:

• The required switch therapy is based on the same mechanism of action or presents a comparable risk and
side-effect profile to the index therapy. In general, this design criterion can be met only with required switching
between brand and generic formulations of the same drug or between drugs in the same drug class (including
brand and biosimilar biologics), which have the same mechanism of action and therefore identical or nearly
identical side effect profiles. Requiring a switch among drugs with different mechanisms of action is only
reasonable if the clinical consequences of treatment failure are minimal and the required drug does not have
distinctive significant risks compared with the index therapy;

• The required switch therapy has the same route of administration or the difference in route of administration will
create no significant negative impact on patients due to clinical or socioeconomic factors. For some patients there
will be substantial clinical or socioeconomic consequences of switching among oral, injectable or intravenous
infusion treatments. For example, some patients will have chosen an intravenous infusion treatment option
because they are unable to administer a self-injectable drug and they live alone. Sometimes, however, relatively
minor differences in route of administration will be very unlikely to cause any major concerns for patients and
their clinicians;

• Patients are not required to switch to a drug that they have used before at a reasonable dose and duration with
inadequate response and/or significant side effects, including earlier use under a different payer;

• Use of the required switch therapy reduces overall healthcare spending, not just drug spending.

Conclusion
With ongoing attention to determining and achieving fair drug pricing, there is an equal need for further policy
analysis of fair access to pharmaceuticals. But this paper is likely to fully satisfy no one. It will leave some patient
advocates and clinician representatives feeling that too much weight has been given to the importance of managing
limited healthcare dollars, and that too much discretion has been allowed to payers to construct policies that put
patients at risk. Conversely, many payers will feel that this paper questions unfairly their moral compass; that their

544 J. Comp. Eff. Res. (2021) 10(7) future science group



Cornerstones of ‘fair’ drug coverage White Paper

commitment to evidence is discounted, while their efforts to make sure that patients are not hurt by inappropriate
prescribing lie undefended from misplaced suspicions that the bottom line drives their actions.

This paper can therefore only represent a first step toward greater understanding and dialogue. Even if it is by
disagreeing with the assertions made here, we hope that all involved in these issues will gain some insight into
the experience of others and perhaps appreciate that simple answers to what is ‘fair’ are not possible. However, we
believe that there is broad consensus on key ethical goals for access, and that it is possible to translate these goals
into fair design criteria to guide the development of specific policies, and, importantly, to provide a framework that
patient groups, clinicians and all participants in the health system can all use to engage in discussions around the
appropriateness of benefit designs and coverage policies.

Executive summary

• While patient groups, drug makers and payers can now talk (or argue) more concretely about what would be the
‘fair price for a drug’, a question far less examined is how to determine whether insurance coverage is providing
‘fair access to a drug’.

• This paper sets out ethical goals and design criteria to determine whether insurance coverage is providing fair
access to a drug in three areas: cost sharing, clinical eligibility criteria, and step therapy and required switching.

• The broader aim of cost sharing should be to design the drug benefit in a way that addresses moral hazard and
can steer patients to clinically appropriate lower-cost alternatives without undermining the basic purpose of
insurance, which is to spread financial risk over broad populations to protect individuals from direct harm.

• Fair design criteria would allow payers to continue to use tiering and graduated cost sharing, even for drugs that
are fairly priced, in order to leverage competition in hopes of even lower prices for all drugs in the class.

• Prior authorization remains a reasonable policy tool, in principle, because without it there is a risk – sometimes
significant – for overuse or misuse of treatments, leading to harm for patients and to wasted resources.

• If, however, a payer does not formally and transparently deem that a drug is unreasonably priced, then access to
that drug should not be constrained by coverage criteria narrower than the language of the US FDA label.

• Step therapy policies can be justified in principle by payers’ obligation to seek the prudent use of limited
healthcare resources, but they obviously have the potential to cause harm should patients not be able to receive
the treatment that is the most clinically appropriate for them.

• We draw heavily upon work by Nayak and Pearson to propose that economic-step therapy policies can only
achieve the ethical goals for access if they meet five fair design criteria.

• We believe that there is broad consensus on key ethical goals for access, and that it is possible to translate the
goals we set out into fair design criteria to guide the development of specific policies, and, importantly, to
provide a framework that patient groups, clinicians and all participants in the health system can all use to engage
in discussions around the appropriateness of benefit designs and coverage policies.
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