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ABSTRACT

Objectives: This paper illustrates the results of a research aimed at investigating the opinions collected from
selected European payers (HTA organisations, authorities/committees assessing, appraising and negotiating drug
prices) and experts (researchers/consultants identified through LinkedIn groups) on drug price regulation,
managed entry agreements, transparency and HTA advice.

Methods: Expert and payer opinions were gathered through a structured questionnaire, validated by three po-
tential respondents and self-administered online between July and November 2021.

Results: Respondents totalled 39 (response rate 29%). The response rate was higher among the experts than the
payers. Respondents mostly agreed that price regulation should award drug value through a multiple criteria
approach (21 respondents) or cost-effectiveness evidence (14). For most respondents the added therapeutic value
and the comparative safety profile should be the main drivers of a premium price. A quite high proportion of
respondents supported the use of cost-effectiveness, and suggest relying on the perspective of the health care
system. Most respondents expect larger diffusion of outcome-based and financial-based managed entry agree-
ments in the future. Finally, respondents advocated for higher transparency of the negotiation process rather
than net price transparency, and expressed the belief that HTA advice could be useful in reaching consensus on
the level of unmet need, the comparators to consider, and the dimension of the target population.

Conclusions: Despite the limited number of respondents, the paper provides very interesting exploratory insights
into much-debated topics related to drug price regulation. The opinions of European payers and experts are very
useful for future regulation of drug pricing in Europe.

Public interest summary: Our research aimed at gathering the opinions of payers and experts on drug price
regulation. The main findings are that pricing should reflect the value of medicines, that a premium price should
be awarded only to those drugs that provide for an added therapeutic value and/o a better safety profile, even if
other value dimensions (patient preferences and organisational impact) should be not disregarded. Experts and
payers expect a larger role of managed entry agreements in the future, despite they may impose an important
administrative burden. Finally, transparency of price negotiation is prioritized compared to net price
transparency.

Introduction

negotiated on the basis of two models: value-based model (demand
perspective) and cost-plus model (supply perspective) [4]. External

Criteria and processes for determining medicine pricing and reim- reference pricing, i.e., using foreign prices as a reference for the deter-
bursement (P&R) have been extensively investigated in the literature [1, mination of domestic prices, is extensively used to complement other
2,3]. Together with budget considerations, prices are regulated / criteria and facilitate the negotiation process [5,6].
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Value-based pricing evaluation can rely on cost-effectiveness anal-
ysis or indirect evaluation [4]. The former approach requires that: (i) an
incremental cost-effectiveness ratio (ICER) is estimated, i.e., the incre-
mental cost per an additional unit of health; health status is usually
measured by integrating survival and quality of life, through the Quality
Adjusted Life Years (QALYs); (ii) a threshold value or a threshold range
is set for ICER, i.e., the maximum amount of money that society is
willing to pay for an extra unit of health.

Indirect evaluation refers to determining value and costs separately
and value for money more discretionally. In such a context actual
implementation depends on the selection of the value domains, how
these domains are integrated and measured, and how they are converted
into a price which is consistent with the value [7]. The prevailing
approach involves setting the price according to the added therapeutic
value of a new product by comparison with existing treatments [8,9].
Other contributions [10] suggested a more holistic approach, including
other domains like the burden of disease, level of unmet need, organ-
isational and socioeconomic impact, and patients convenience.

Cost-plus price regulation refers to negotiating prices on the grounds
of the costs sustained by pharmaceutical companies for research and
development (R&D), production and commercialization of new medi-
cines. Cost-plus price regulation was quite widespread in Europe in the
first half of the 1990s. However, it was gradually substituted by a value-
based approach due to transparency issues, the sunk and joint nature of
R&D costs, and because it rewards the costs sustained and not the output
produced [11]. Notwithstanding, high prices are still justified on the
grounds of high investment in R&D by the pharmaceutical industry and
their sunk nature, thus implicitly advocating for a mixed approach that
looks at the value of new medicines but also at the effort to generate this
value and the need for recouping this investment.

Price negotiation is often accompanied by market access contracts.
These contracts include (hidden) discounts over list prices or more
complex Managed Entry Agreements (MEA) [12]. The former were
introduced to reduce the financial impact to the advantage of payers,
and the impact of cross-reference pricing to the advantage of the phar-
maceutical companies. Conversely, the latter have been introduced to
manage uncertainty related to the impact of a drug, including its
effectiveness and tolerance profile, the duration of treatment and the
size of the eligible population. MEA can be financial-based or
outcome-based [13]. Financial-based agreements are MEA where
reimbursement / price depends on the post-marketing impact of a
medicine on the payers’ budget (e.g., price-volume agreements,
spending cap on medicines). Outcome-based agreements are MEA where
reimbursement / price depends on the post-marketing impact of a
medicine on health (e.g., coverage with evidence development and
performance-linked reimbursement).

Though limited in diffusion compared to financial-based agreements,
several recent contributions have highlighted the main pitfalls of
outcome-based MEA, including, the associated administrative burden
[14]; a main scope of managing affordability rather than collecting real
world data [15]; and poor enforcement, which reduced the willingness
to collect data [16] and resulted in post-marketing decisions on listing
and prices that were not affected by real world data [17].

In P&R regulation, process is relevant as well as the criteria used. The
transparency and reproducibility of the P&R regulation process is the
first important pillar.

Recent debate has mainly been focused on net price transparency,
with some papers advocating for a higher level of transparency ([18,19])
and others highlighting its political unfeasibility [20]. However, a reg-
ulatory framework that rewards value through a premium price on the
one side and enhances price competition for interchangeable products
on the other, requires a transparent and reproducible P&R process as
well.

A second pillar is aligning evidence requirements by payers with data
collection and analysis by the pharmaceutical industry, to facilitate the
P&R negotiation process once a new product is approved. This
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alignment is facilitated by early interaction between regulatory au-
thorities, payers and industry to design clinical development on the
grounds of the needs of both regulatory authorities and payers,
including acceptable primary end points, choice and use of surrogate
end points, inclusion of an active comparator, use of patient-reported
outcomes [21]. A second interaction between payers and industry may
occur when the product is approved but better definition is needed for
the scope of the assessment (e.g., comparators used and indirect com-
parison legitimacy) or to address information gaps (e.g., on the dimen-
sion of the target population or the long-term durability of the effects of
medicines).

The above-mentioned literature has investigated the three pillars
(pricing criteria, discounts and MEAs and pricing process) separately.
Furthermore, the opinions of key players in these topics have rarely been
surveyed (e.g., in [19], on net price transparency; [16], on MEA in
Belgium). Our research is aimed at covering this information gap, col-
lecting the opinions of European experts and payers on three pillars:
value-based vs cost-plus pricing, the role of discounts and MEA, and
transparency of the P&R process.

Methods

We first identified our targeted respondents (experts and payers).

Experts refer to active researchers and consultants on the topics
included in our analysis. They were identified from LinkedIn. We prefer
LinkedIn to other social media platforms since it’s more professional-
oriented and there are groups dedicated to the scrutinised topics
(Managed Markets Experts - Reimbursement, Pricing and Value Part-
nerships; Health Economics & Market Access; Oncology Pricing &
Reimbursement). Pharmaceutical company employees were excluded.

Payers include Health Technology Assessment (HTA) organisations
(e.g., the National Institute for Health and Care Excellence (NICE) in
England, the Agency for Health Technology Assessment and Tariff Sys-
tem (AOTMIiT) in Poland), authorities / committees that provide for
medicine assessment and appraisals (e.g., the Technical-Scientific
Committee of the Italian Medicines Agency in Italy (AIFA), and the
Transparency Commission at Haute Autorité de Santé (HAS) in France)
and price negotiation (e.g., the Price and Reimbursement Committee at
AIFA and the Economic Committee in France). Actual payers of drugs, i.
e., local, regional and national organisations procuring medicines, were
not included since we assumed that reimbursement, pricing and MEA
should be managed at the central level.

Participants’ opinions were collected through a structured ques-
tionnaire (Appendix 1), composed of three sections:

e 9 questions were dedicated to price regulation;
e 8 questions were focused on discounts and MEA;
e 7 questions were dedicated to the assessment and appraisal process.

The questionnaire was validated by three potential respondents and
self-administered online (Qualtrics™). All respondents provided their
informed consent and were anonymized, as required by the Ethics
Committee of the authors’ institution.

Most of the questions require respondents to select one or more
choice from several possible options. Some questions required experts
and payers to rank options in descending order of importance, with a
rank of one as the most important and not allowing any two items to be
assigned the same rank. The average score and a concordance index
(Kendall Index) were calculated, with 1 and O the highest and lowest
concordance values, respectively.

The survey was administered between July 5, 2021, and November
15, 2021. Respondents were invited to participate through a letter sent
by email explaining the rationale of the research. The same document
mentions the sponsors of the study and the sponsors’ role in the research.
Respondents were also asked to sign the informed consent. Once consent
was received, respondents received the link to the questionnaire. The
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deadline was postponed twice from the end of September to the middle
of November. Three reminders were sent to the list of potential
respondents.

Results

A group of 66 experts and 72 payers were identified and invited to
participate in the survey, totalling 138. Collected responses numbered
39 (28.7%). The response rate was higher among the experts (28, 42%)
than the payers (11, 15.3%). Among non-respondents, 9 payers invoked
institutional constraints (they were not allowed to answer the ques-
tionnaire) and lack of available time. The 11 payers come from HTA
organisations of Austria, Finland, France, Germany, Greece, Italy,
Portugal, and Sweden. The international experts come from Austria,
France, Germany, Italy, Spain, Switzerland, and United Kingdom and
work in consultancy (12), university (11), and independent research
centres (5).

Answers to multiple choice questions and rankings are illustrated in
Tables and Figures respectively.

The first section of the questionnaire was dedicated to price regula-
tion (Table 1).

Most respondents agreed that price regulation should reward value
and be consistent with budget constraints. Only 15/38 respondents
thought that price negotiation could be used to push companies to invest
in the country where the price is negotiated, i.e. that price negotiation
can also be used for industrial purposes.

According to the opinion of most respondents, price regulation and
negotiation should rely on a value-based approach alone (23/38) or

Table 1
Answers to the first section of the questionnaire: pricing models.
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combined (14/38) with a cost-plus approach. The cost-plus approach
was challenged as rewarding costs instead of results and would thus
indirectly incentivise inefficiencies in the R&D process. Furthermore,
respondents highlighted that allocating R&D costs, which are sunk and
joint costs, to each single product is very difficult. A cost-plus approach
could be useful, provided it integrates a value-based approach for
orphan medicines and advanced therapies. If a cost-plus approach is
used, most respondents suggested estimating R&D costs net of incentives
provided by public authorities to the industry.

Value-based pricing should be pursued through a multiple criteria
approach (21/38) or cost-effectiveness evidence (14/38). For 13 re-
spondents, the multi-criteria pathway should be very structured, in
terms of value domains and the way they are converted into a price,
whereas 8 of them would prefer a more discretional approach. Most
supporters of cost-effectiveness were favourable towards setting a
threshold or a threshold range over the ICER.

For most respondents the added therapeutic value (clinical and
patient-reported) and the comparative safety profile should be the main
drivers of a premium price. However, more than half of respondents
suggested considering the organisational impact and patient reported
experience as well. Other domains quoted by respondents were disease
severity and the unmet (clinical) need.

The largest proportion of respondents supporting the use of ICER
advocates for relying on the perspective of the health care system when
costs are estimated (22/38). They acknowledged that the social
perspective is the most correct to take decisions, provided allocative
efficiency is pursued. However, they pointed out that, in general, the
health care budget is separate from the budget of other areas of the

Do you agree with giving a higher price to products of companies that invest in R&D and production in the country where the productis  # %

launched? (38/39)

No 23/38 60.5%
Yes 15/38 39.5%
Price negotiation should rely on: (38/39) # %
A value-based approach 23/38 60.5%
Both value-based and cost-plus approaches 14/38 36.8%
A cost-plus approach 1/38 2.6%
If a cost-plus approach is adopted, do you think that R&D incentives provided to pharmaceutical companies should be removed from R&D  # %

cost estimates? (37/39)
Yes 25/37 67.6%
No 12/37 32.4%
Value-based pricing should rely on: (38/39) # %
A structured pathway that converts value into a premium price 13/38 21/38 34.2% 55.3%
A more discretional pathway that converts value into a premium price 8/38 21.1%
An indicator (ICER) with a threshold on ICER or a threshold range on ICER 11/38 14/38 28.9% 36.8%
An indicator (ICER) without a threshold on ICER or a threshold range on ICER 3/38 7.9%
Other models 3/38 3/38 7.9% 7.9%
If the ICER is not used, which domains should be considered for a premium price? (36/39) # %
Added clinical value 36/36 100.0%
Added quality of life 29/36 80.6%
Lower side-effects 27/36 75.0%
Advantages from an organisational viewpoint (e.g. oral administration) 22/36 61.1%
Advantages in the perspective of patients (e.g. treatment-free intervals) 20/36 55.6%
Other domains 11/36 30.6%
If the ICER is used, cost of new medicine and comparators should be estimated with the perspective of: (38/39) # %
Payer of health care 22/38 57.9%
Society 10/38 26.3%
Payer of the treatment cost 6/38 15.8%
Payer of medicine 0/38 0.0%
Value-based pricing is usually integrated with budget impact consideration (sustainability issues). Price negotiation should rely on: (37/39)  # %
Value for money first and budget impact after 29/37 78.4%
Budget impact first and value-for money after 8/37 21.6%

R&D: Research and Development; ICER: Incremental Cost-Effectiveness Ration.
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welfare programs and that relying on the health system perspective is
useful at least in overcoming a silos budget approach within the health
care system.

Sustainability is considered in price negotiation as well as value-for-
money. Most respondents think that both criteria should be considered,
since a medicine could be cost-effective for each patient treated, but not
sustainable for the whole population, if the incremental cost is high and
the target population large. However, the majority of respondents think
that price negotiation should be grounded in value-for-money first and
budget impact afterward.

The comparator(s) eventually used in clinical trials, the selected
endpoint(s), and the absence of a head-to-head study were considered
the most important obstacles for value-based pricing (Fig. 1).

The second section of the questionnaire was dedicated to MEA. Most
respondents expect greater diffusion of both outcome-based and
financial-based agreements (Table 2).

According to the opinions of both experts and payers, outcome-based
agreements respond to immature evidence on medicines at their market
launch (Fig. 2) and are more useful when this evidence is highly un-
certain (e.g., for orphan medicines and ATMP - Advanced Therapy
Medicinal Products) (Table 2).

On the other side, management of these contracts could be burden-
some and result in uncertainty regarding the unit cost / revenue per
patient treated (Fig. 2).

Financial-based agreements are very useful to reduce the budget
impact of new drugs / indications and easier to manage than outcome-
based contracts. However, they do not allow for the collection of real
world data and are more complex to manage than simple discounting
(Fig. 2). One specific question was dedicated to staged payments, i.e.,
paying different instalments. Most of respondents stated that these
contracts are feasible (Table 2). The minority who challenged their
feasibility pointed out that the accounting system in health care orga-
nizations does not allow for amortizing current expenditure and that,
since the budget is allocated to hospitals on an yearly basis, hospitals
cannot take a long-term financial commitment. For most respondents,
staged payments should be accompanied by outcome based-agreements
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Table 2
Answers to the second section of the questionnaire: pricing models.

In your opinion, the frequency of outcome-based agreements in ~ # %
the future will: (39/39)

Increase 26/39  66.7%
Remain the same 9/39 23.0%
Decrease 4/39 10.3%
In your opinion, the frequency of financial-based agreements in ~ # %
the future will: (38/39)
Increase 27/38  71.1%
Decrease 10/38 26.3%
Remain the same 1/38 2.6%
Specify for which medicines outcome-based agreements will be # %
more useful in the future (39/39)
ATMP (Advance Therapy Medicinal Products) 35/39  89.7%
Orphan medicines 21/39  53.8%
Others 9/39 23.1%
Combo Therapies 7/39 17.9%
Among MEA, there is a growing attention to staged payment # %
(including annuity payment) for one-shot therapies. Is it
feasible? (38/39)
Yes 35/39 92.1%
No 3/39 7.9%
If you have flagged ‘Yes’, should annuity payments be integrated ~ # %
with outcome-based agreements? (35/35)
Yes 20/35  57.1%
It depends on medicines 14/35 40.0%
No 1/35 2.9%

MEA = Managed Entry Agreements.

(Table 2), in particular for one-shot treatment / ATMP and drugs
launched onto the market with notable uncertainty about the dimension
and persistence of their effects.

The third and final section of the questionnaire was focused on the
assessment and appraisal process, and more specifically on transparency
and HTA advice.

Comparator(s) used

Endpoint(s) used in pivotal studies

No head-to-head evidence

Too short duration of the follow-up in pivotal studies

Population recruited in trial not reflecting patients’ characteristics in the
real-world

Absence of evidence on the impact on quality of life

Data calculated on “as treated’ or ‘modified intention to treat” population

Fig. 1. Average score of critical issues for value assessment*.

* 38/39 answered to this question. Ranking from 1 (most important) to 8 (less important). Kendall Index (min 0; max 1) = 0.3
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Advantages of outcome-based agreements

Health Policy and Technology 12 (2023) 100771

They permit to manage uncertainty on outcomes [N 15

They allow access to medicines | NEE—— 2.1

They permit to collect real world data  [IEEEEE— 23

Kendall Index (min 0; max 1) = 0.2

Disadvantages of outcome-based agreements

They impose an administrative burden for health care
providers

They may increase list price requests by the pharmaceutical
companies to incorporate the possible impact of these
agreements on actual price

—

A 22

They create uncertainty on the actual cost of medicine [ NN—— 22

Kendall Index (min 0; max 1) = 0.1

Advantages of financial-based agreements

They permit to manage the financial impact of a medicine

They have low administrative burden

Theyv do not require that registries or post-marketing studies
are implemented

22

25

Kendall Index (min 0; max 1) = 0.3

Disadvantages of financial-based agreements

They are more complicated than pure discounts |, 18

No real world data (RWD) s collected | 2.1

They create uncertainty on the actual cost of medicines  [INEE— 22

Kendall Index (min 0; max 1) = 0.4

Fig. 2. Average score of advantages / disadvantages of outcome-based and financial-based agreements (ranking from 1 - most important - to 3 - less important) (39/

39 answered to these questions).

Most respondents (32/37) recommend publishing the scoping
document, i.e., the document — if any — where data needed to negotiate
pricing and reimbursement are specified (e.g., the comparator(s) used),
the assessment and appraisal reports, and the existence of a MEA. More
than a half of responders advocated for rendering transparent the

content of the MEA (e.g., endpoint(s) used and time to evaluation)
(Table 3).

Only 10/37 respondents were in favor of publishing both the public
price and the discount (the proportion was a little higher for payers than
for experts). The main reasons cited for not publishing discounts was
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Table 3
Answers to the third section of the questionnaire: transparency and HTA Advice.

Which of the following information should be published during ~ # %

the assessment, appraisal and P&R process? (37/39)

Assessment document (e.g. evidence on benefits) 36/37 97.3%
Appraisal document (e.g. added value score) 34/37 91.9%
Scoping document 32/37 86.5%
Managed Entry Agreement (existence or not) 31/37 83.8%
Managed Entry Agreement (content) 19/37  51.4%
Discount / Actual price 10/37 27.0%
The publication of discounts over list prices is: (36/39) # %

Not desirable, as it will reduce the probability of manufacturers  21/36  58.3%

offering discounts
Not desirable, since cross-reference pricing may undermine the 12/36  33.3%
launch of new medicines in countries where prices are lower

Desirable, in order to let payers cross-compare actual prices 10/36  27.8%
Is there an HTA Advice in your country? (38/39) # %

Yes 25/38  65.8%
No 13/38  34.2%
Yes, but limited to some specific aspects 8/38 21.1%

HTA = Health Technology Assessment.

that cross-reference pricing would refer to net prices, thus undermining
the launch of new medicines in small countries where prices are lower
and reducing the probability of manufacturers offering discounts.
More than half of respondents declared that, at least formally, HTA
advice is provided by payers to the pharmaceutical industry (Table 3).
This advice should be mainly focused on the level of unmet need, the
comparators to consider, the dimension of the target population. The
perceived benefits of HTA advice are, in order of importance, the

Advantages of HTA Advice
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possibility to speed up the assessment and appraisal processes, to push
both payers and industry to provide more information, and to prepare a
MEA. Drawbacks of HTA advice are represented by the additional
administrative burden for payers, the absence of data required for the
advice, and the addition of another step that may prolong pricing and
reimbursement negotiation (Fig. 3). However, the level of agreement on
the ranking of negative aspects of HTA advice was very low, which in-
dicates that they are actually equally ranked.

Discussion

This paper illustrates the results of an exploratory research aimed at
collecting the opinions of payers and experts on drug pricing criteria,
MEA, transparency and HTA advice.

Respondents advocated for a value-based pricing model, possibly
integrated with cost considerations for some medicines, e.g., orphan
drugs and ATMP. The literature supports a higher price for orphan
medicines for reasons other than cost considerations. Prices of orphan
medicines are usually higher than for other drugs due to the important
unmet need they respond to and the expected limited volume of sales
[22,23], whereas their R&D costs have been estimated at 23.4% of those
sustained for non-orphan medicines [24]. ATMP, besides being mostly
orphan medicines, are one-shot treatments and assumed to have high
production costs, but evidence is lacking on this.

Payers and experts also recommended a more structured, transparent
and reproducible value-for-money assessment process that should be
prioritised with respect to budget impact. Regarding value domains
respondents confirmed that the added therapeutic value should be the
main driver of a premium price over the comparator(s). However, more
than half of respondents cautioned against disregarding the impact on
health care organisations (organisational impact) and patient

It can accelerate the subsequent phases of assessment, _ 13
appraisal and P&R. process :
It can induce companies and payers to provide more
ries and I o
information

It conld be usefl to prepace  possibic MEA [ 2

36/39 answered to this question. Kendall Index (min O; max 1) = 0.1

Disadvantages of HTA Advice

It creates additional administrative burden to HT A organisations

1.8

Filling the information gaps highlighted by Advice is not easy

It can delay access, since it introduces another step in the process

[
—
(=]
—_

34/39 answered to this question. Kendall Index (min 0; max 1) < 0.1

Fig. 3. Average score of advantages / disadvantages of an HTA Advice (ranking from 1 - most important - to 3 - less important).

(=)}
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convenience (e.g., a more comfortable route of administration). This
would imply that (i) a new formulation of an existing product that is
more convenient for patients or that has a favourable organisational
impact (like an oral or sub-cutaneous formulation) is either awarded a
premium price or does not have its price reduced if volume increases are
foreseen; (ii) cost-effectiveness is gradually overcome by a cost-benefit
evaluation, where more outcomes (including patient preferences and
organisational impact) are monetized.

In the respondents’ view, value-based pricing should be product /
indication-specific and, for most of them not tied to pharmaceutical
industry investment in the interested country. The former recommen-
dation is aligned with some recent contributions on indication-based
pricing [25,26], but requires that use per indication is tracked. The
second recommendation is consistent with evidence derived from the
literature. Allowing a higher price to companies investing in the relevant
country would not be consistent with the value-based approach, and not
even useful for making the county attractive for companies’ investment:
the location of investment by pharmaceutical companies is influenced
by the stability and transparency of pricing and reimbursement regu-
lation and not whether these investments are considered in price ne-
gotiations [27].

Respondents have foreseen the need for a growing role played by
outcome-based and financial-based MEA. However, as for the former,
they highlighted critical issues that could undermine their imple-
mentation in the future. These critical issues are rather aligned with the
literature.

The respondents advocated for higher transparency for the assess-
ment and appraisal process. This would generate an improvement of the
evidence produced, a higher reproducibility level for the assessment and
appraisal process, and a perception of equity in the way the evidence is
used for P&R negotiation purposes. Payers would be favourable towards
making prices net of discounts / rebates transparent as well, in line with
other publications that have investigated discounts and rebates from the
payers’ perspective [19]. Experts recommended maintaining confiden-
tiality of discounts and contents of MEA. This would help avoid more
aggressive cross-reference pricing that would undermine or delay mar-
ket launch in countries where net prices are particularly low due to
budget constraints. A recent contribution highlighted that for this reason
implementing net pricing transparency would be politically unfeasible,
since countries where net prices are lower would impede making these
prices public [20].

Finally, both experts and payers are in favor of a larger role played by
HTA ‘late’ advice, provided it is prioritised to address those domains
likely to have greater impact, in order to avoid an additional burden to
HTA organisations. The role of this late HTA advice is intended to
discuss, once the registrational trial has been completed, the scope of the
HTA (e.g., comparators used and indirect comparison legitimacy) and
information gaps (e.g., on the dimension of the target population or the
long-term durability of the effects of medicines).

This paper has three major limitations. The first is the low response
rate (28.7%) of our targeted respondents, that makes our findings more
exploratory than conclusive. The second is that responses are unbal-
anced, with more experts represented than payers. The limited partici-
pation, especially of payers, was possibly motivated by the ongoing
pandemic too. It is likely that payers prioritized other activities and had
not time to respond to the survey. This has potential impact on the re-
sponses to the more sensitive questions, like transparency of net prices
and price negotiation for new indications. However, experts better
reflect the average opinion of all stakeholders, since they could be either
‘pure’ researchers, people consulting with the pharmaceutical industry,
or professionals supporting HTA authorities. The third limitation is that
the opinions could be affected by contingencies of market access regu-
lation. For example, the questionnaire included a question on the future
role of the European HTA regulation (Regulation 2021/2282 [28]. At
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the time the questionnaire was completed it was still unknown whether
the Joint Clinical Assessments would be binding or not binding. For this
reason, the answers to this question were not reported.

Conclusions

This paper has elicited the opinions of payers and experts in the field
of market access in Europe on P&R for medicines. Despite the limited
number of respondents, it provides some important exploratory insights
into relevant and much-discussed topics, including value-based pricing,
transparency issues, and the role played by MEA.

Payers and experts are favourable towards an increasing role for
value-based pricing, integrated into budget impact considerations. They
support a holistic approach to value and higher transparency of the
evaluation process, regardless of whether it is grounded on a direct or
indirect link between prices and value. A need for transparency is
advocated for price negotiation, whereas net price transparency is much
more debated since it could undermine market launch in smaller
countries where the availability to pay is lower.

Another clear message is that outcome-based MEA represent an op-
portunity not to be missed. However, their use should be enforced and
optimized to enhance their ability to respond to uncertainties at market
launch and minimize their administrative burden.

These considerations are very useful for future regulation of drug
pricing in Europe, considering that harmonization of clinical assessment
is expected with the application of the new EU HTA Regulation.
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