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Scientific progress continues to deliver new treatments that prolong survival
and significantly improve the quality of life of patients. Novel treatment options
introduce new challenges for healthcare systems, often requiring novel pricing
and payments models.

The industry believes that when used appropriately and tailored to the
situation and specific uncertainties, novel pricing and payment models can
accelerate patient access, allowing payers to manage clinical uncertainty,
budget impact and sustainability of the healthcare system, whilst providing
sufficient incentives for innovation. Although there are examples of novel
pricing and payment models being used today, the lack of appropriate data
infrastructure, legal barriers and an unwillingness to adapt current systems
often prevent their use.

To help address these barriers, the industry proposes a set of guiding principles
regarding the use of novel pricing and payment models:

1. Access Principle: Novel pricing and payment models should facilitate
broad and timely patient access whilst balancing the sustainability of the
healthcare system and incentives for innovation.

2. Value Principle: A high quality, methodologically robust and mutually
agreed value-based framework is the foundation for novel pricing and
payment models.

3. Collaboration Principle: Payers and companies should work together to
anticipate where novel pricing and payment models are needed and
ensure they are fit for purpose.

4. Transparency Principle: There should be transparency regarding the
existence of the novel pricing and payment agreements and the
outcomes data generated (with appropriate safeguards in place), while
retaining confidentiality of commercial terms.

5. Infrastructure Principle: Stakeholders should work together to ensure
the required data infrastructure is fit for purpose and legal frameworks
are in place to enable the use of the different novel pricing and payment
models.

We believe that we, as the industry, have an important role to play and commit
to an open dialogue and collaboration with payers and policy makers to reach a
win-win solution putting patients’ interest first.
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Delivering transformative medicines to patients,
the healthcare system and society

In recent years we have seen the fruits of significant scientific advances and investment in
the development of new and innovative technologies. This has resulted in a healthy industry
pipeline (Figure 1), evidenced by over 7,000 medicines in development across a wide variety
of therapeutic areas,’ new diagnostic techniques, genomic research and advances in data
analytics—reflecting an increased focus on personalised medicine.

Figure 1: Medicines Pipeline?
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Scientific progress is delivering innovations across areas of high unmet need, bringing long-
term benefits to both patients and society:

Curative medicines, such as gene and cell therapies or curative
g 3 treatments for Hepatitis C and oncology, deliver significant
ié benefits to patients and society. However, when applied to a
&< large number of patients, curative medicines have posed funding

Curative medicines challenges for healthcare systems.

Improved understanding of disease pathology has enabled the
use of targeted therapies across different diseases, for example
advances in immuno-oncology have led to the development of
tumor-agnostic therapies for several types of cancers, and
biologics such as tumor necrosis factor inhibitors for multiple
chronic inflammatory conditions. Use of such medicines across
indications and combinations are increasing the quality of life
and survival of patients in previously hard-to-treat conditions but
bring challenges with value-based pricing and budget impact.

Combination and
multiple indication
therapies

Scientific progress has also resulted in disease modifying
treatments for chronic diseases with high unmet need, often
prevalent in an aging population. These include treatments for
Multiple Sclerosis and other neurodegenerative disorders, and
continued research in Alzheimer’s disease, that could

Disease modifying  significantly improve outcomes. However, such treatments raise

treatments concerns about affordability and budget impact given treatment

duration, the number of patients and potential uncertainty
around real-world outcomes.




One example of recent scientific progress are gene and cell therapies. There are 34 gene
therapy medicines currently in pivotal trials with several having been approved in the last
two years. The expected benefits to patients and the healthcare system are significant.
These could significantly increase the life expectancy of people affected by cancer or in-born
genetic disorders with just a single administration. As a type of a targeted therapy, they
increase the efficiency and effectiveness of treatment pathways, offsetting costs associated
with chronic therapy and disease management and reducing emergency hospitalisations.?
The benefits to individual patients then translate into long-term societal benefits — people
live longer, healthier and more productive lives, contributing to the economy and alleviating
the impact on caregivers.*



New challenges and opportunities in healthcare

Novel treatments as a result of significant scientific advances—particularly the increasing
personalisation of treatment strategies—offer significant benefits to patients but also pose
new challenges that current pricing and reimbursement models struggle to address:

Figure 2: Observed challenges to healthcare systems due to new and incoming
technologies
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% One-off cost to the system: In the case of one-off curative treatments, such as gene
and cell therapies, payers face the challenge of a single upfront payment whilst the
benefits of curing a patient occur many years into the future and extend to areas
beyond savings in the healthcare system.

% Uncertainty around the magnitude and duration of clinical benefit: The impact of a
new treatment can be to significantly prolong patient survival and in the long term
dramatically improve outcomes versus current standards of care, which may not be
captured during clinical trials. Expedited access to such treatments is vital in cases
where patients are facing a poor prognosis without alternatives. The impetus for
rapid development and the avoidance of unnecessary delays is therefore high and
has led to medicines being approved with earlier phase data based on smaller
populations and sometimes only single-arm trials, especially for rare conditions.
Payers sometimes face uncertainty regarding the real-world value and extent of the
benefits of treatments at the time of assessment. Tracking treatment response of
individual patients or sub-populations over a long period of time is an associated
challenge.”

% Medicine use across indications and combinations: Given advances in our current
understanding of disease pathology and different mechanisms to target the
underlying cause of a disease,®’ novel therapies can have applications in a range of
different patient populations, across different disease areas and in combinations.
Medicines may deliver significantly different value across a range of contexts,



whereas current pricing and reimbursement processes are often rigid in assigning a
single composite value to a medicine. Not all healthcare systems are able to measure
the degree to which a product is used in one indication versus another, or in
combination with other products, to provide a payment reflective of the number of
patients treated by indication. Multiple value assessments of multi-indication and
combination therapies could result in administrative burden and may delay access.

In addition to payers’ existing affordability and budget impact concerns, these
challenges could pose a barrier to equitable and timely access of patients to these
treatments.?



Novel pricing and payment models are needed in
specific cases, and can help address uncertainties

Given these new challenges it is unsurprising that traditional pricing and reimbursement
models can become a barrier to patient access, and a different approach including novel
pricing and payment models may be required. Novel pricing and payment models can
incorporate a range of different approaches helping to address the different challenges
discussed above — and could represent an alternative to existing systems based on arbitrary
rebates, simple price-volume agreements and budget caps. They are dynamic and evolving,
with new models developing over time. The approaches are described below and in Figure 3:

% Indication- and combination-based pricing: Indication-based pricing is grounded on
the notion that a medicine used for multiple indications may offer different benefits
to different groups of the patients and the value of the medicine may differ by
indication.® Indication-based pricing is a mechanism where the price of the product
reflects its observed value across indications.*® Combination-based pricing addresses
the challenge that the value of products used in combination is not simply the added
value of the medicines used separately. It seeks to resolve the additional
complexities in assigning value and negotiating prices when different marketing
authorisation holders are responsible for individual medicines used in
combinations.!!

% Outcomes-based payments: Payment for a medicine is conditioned on its real-world
performance through a financial structure and is related to observable outcomes.
These can be useful access tools in cases when the magnitude and durability of the
clinical benefits or the medicine’s real-world performance at launch may to some
extent be unclear. There are a range of outcomes-based payments tailored to
particular concerns. For example, coverage with evidence development allows
access to the product on the condition that additional evidence is provided at a
defined point in time, designed to address uncertainty at the time of evaluation.

3%k Over-time payments: Also referred to as staggered payment, these allow for payers
to make payments to manufacturers over fixed periods for each patient that receives
therapy. Structuring payments this way helps mitigate the high up-front cost that
would otherwise be associated with one-off therapies. When the over-time payment
is linked to a particular outcome being observed, necessitating the collection of real-
world outcomes data, these can also be a way for payers to address uncertainty
around the clinical benefit due to the nature of the evidence available at launch.

% Subscription payments: In some circumstances, these may be used to decouple
payment for a treatment from the number of patients that receive the medicine.
Given that the payment is delinked from the number of patients treated, such a
model could help payers to anticipate the budget impact associated with treating
patients in a given disease area and ensure its sustainability in the long run. There is
a distinct form of lump-sum payments, where a fixed amount is paid for a given
volume.



Figure 3: Different approaches incorporated into novel pricing and payment models
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Note: The definition of novel pricing and payment approaches excludes simple discounts, rebates, price-
volume agreements or caps to manage affordability. Pricing approaches relate the price to the value of the
product to patients. Payment approaches condition payment on the value of the medicine in terms of
observable outcomes, or overall de-link the payment from when the treatment is delivered.

In reality, these novel pricing and payment approaches are often
combined into a novel pricing and payment model, depending on
the challenges related to reimbursing the treatment. For example,
anticipating multiple current and potential future indications of a
j given product, payers and companies have in the past reached multi-

indication multi-year agreements. These can be seen as combining
elements of indication-based pricing and the elements associated with
Multi-year over-time or subscription models (an agreement for a fixed period of

mu":‘,’;:':fﬂo ¥ time, often multi-product and with rules to improve budget certainty).

sanscripe

Payment

We should also distinguish between the objective of the scheme and how it is designed.
There have been attempts to simplify some of the more complex attributes of the models —
conditioning the outcomes-based payments on medicine’s utilisation or surrogate end-
points (such as cycles of therapy received) rather than patient outcomes.



Based on the experience of using these models today, there is already evidence to show
how they can accelerate and broaden patient access, and contribute to improving the
sustainability of healthcare systems.'?> Nevertheless, countries in Europe have varying levels
of experience. Figure 4 illustrates some of the most notable examples that are in the public
domain. The use of combination- and indication-based pricing alongside outcomes-based
payment models requires an infrastructure to collect data regarding the medicines’
utilisation or to record patients’ response to the treatment in the form of outcomes. To
address the challenge of paying for the value of therapies with curative potential, pricing
and reimbursement approaches have incorporated over-time payment elements. For
example, over-time payments have been implemented in Italy and at the level of individual
sick funds in Germany. Models focusing on subscription payments are rarely used in Europe
today but there is an example in Denmark. Beyond Europe, their application has been
considered and some elements incorporated into agreements for Hepatitis C in some U.S.
states

Figure 4: Examples of different novel pricing and payment models

Estonia
Given the recentimplementation of data infrastructure, 4
indication-based pricing is possible, particularly in disease

areas with a small patient population.

Denmark
In a subscription payment model, payers pay a
subscription fee to company for an unlimited number to
. be treated with the current and pipeline portfolio of
Cystic Fibrosis products over a defined period of time.

| The Netherlands
' The use of indication-based pricing is also possible at the
level of sick funds. Outcomes-based payment agreements
have been done with individual hospitals.

UK

An outcomes-based payment was
pioneered, whereby the NHS paid for »oee oo RRRRRRRRPI - < oo
those patients with a complete or partial
response after four cycles of treatment.

Belgium
The implementation of simple indication-based pricing and I
outcomes-based payments is enabled by the Chapter IV Rule for
reimbursement, requiring physicians to meet criteria to initiate,

prescribe or discontinue a treatment into a sick fund database.

Germany
In an outcomes-based model, German sick funds are
given rebates by the company if patients die from their
disease within a defined time period.

Switzerland
To implement combination-based pricing, payers provide a refund
to companies based on the differencein price of the sum of
individual medicines and that of the combination. There are
multiple examples in breast cancer and multiple myeloma.

*Italy

In an over-time model, payers reimburse a CAR-T therapy
in three instalments— first at administration, second and
third after six months and one year, only if the therapy is
shown to be effective. National registries in Italy enable
the tracking of and paying for patient outcomes. Other
pricing and reimbursement approaches include multi-
indication- and combinaﬁign—?ased pricing.

<

Spain
In an outcomes-based model, company
rebates payers up to 100% for suboptimal or
non-responder patients with chronic myeloid
leukemia.

S

Source: Based on a number of public sources.13:141516



The barriers and enablers to developing different
types of novel pricing and payment models

Novel pricing and payment models can, in specific circumstances, ensure patient access and
address potential payer challenges around sustainability, uncertainty and affordability. Thus,
it is important to identify and address the barriers to their use.

Pricing and payment models that rely on the collection, processing and analysis of outcomes
and utilisation data (depending on the level of adaptability of the healthcare system) will
require the technical framework to manage the new types of negotiations, the development
of appropriate data infrastructure and the political willingness to adapt current practice.

The legal and regulatory frameworks across European countries have

. not yet fully been updated to accommodate the dynamic nature of
novel models by payers and the pharmaceutical industry. The need
for legislative changes varies significantly. In some markets, all novel
pricing and payment models are already possible. However, in others

Legislative changes are or have been required. In Belgium, for example,

Barriers legislation enabled the use of different forms of managed entry
agreement. Payments over time may create issues with liabilities for future payers and/or
governments. In Sweden, economic regulations in healthcare prevent governments from
passing on financial obligations to those in succession, which means that some forms of
over-time payments would not be feasible. Lack of appropriate legislative frameworks in
some countries may also present a barrier to pricing and reimbursement processes for
multi-company combinations.

Lack of the necessary data infrastructure, in the form of patient

N registries, electronic patient records and/or payer databases (for

example, recording the volume of reimbursed medicines), is often

II I cited as the single most significant barrier to the implementation of

novel pricing and payment approaches. Data collection is also a

Lack of Data necessary prerequisite for indication- and combination-based pricing

Infrastructure 504 outcomes-based payments to be feasible, namely through

tracking utilisation of medicines in different contexts and recording patient outcomes in the

real world. The healthcare systems that are leading in the use of novel approaches are those

with existing mechanisms for data collection such as Italy, some regions in Spain, and

Estonia. An additional barrier is the lack of defined governance frameworks on data sharing,

a dispute resolution mechanism, quality standards on data collection, and agreement on the
process for undertaking data analysis and interpretation.

Adopting new solutions always presents challenges. There needs to

[

\ 4

- - be a willingness to change the rules, when required, and to

- ~ experiment. Companies and healthcare systems need to overcome
~

the risk aversion due to the limited experience with these models,

Need for
System Change
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learning from past successful and unsuccessful agreements. Working together could ensure
that novel pricing and payment models become a valuable future option for patient access
where traditional pricing and reimbursement would otherwise fail to deliver for patients.
The industry has an important role in understanding the concerns of stakeholders and
developing mutually acceptable solutions. Improved communication is also needed to raise
awareness of and ensure the support from patient groups, physicians and the wider society
of the positive role novel pricing and payment models can play, buttressing political will.

Industry principles that facilitate the use of novel
pricing and payment models

If these barriers are overcome, novel pricing and payment models have the potential, in the
right circumstances, to improve patient access, while helping payers address the challenges
with funding the different types of novel treatments. To shape and guide discussions on
future novel pricing and payment models, the industry has developed the following
principles:

— Principles for Novel Pricing and Payment Models —

Access Principle: Novel pricing and payment models should facilitate broad and timely
patient access whilst balancing the sustainability of the healthcare system and
incentives for innovation.

Value Principle: A high quality, methodologically robust and mutually agreed value-
based framework is the foundation for novel pricing and payment models.

Collaboration Principle: Payers and companies should work together to anticipate
where novel pricing and payment models are needed and ensure they are fit for
purpose.

Transparency Principle: There should be transparency regarding the existence of the
novel pricing and payment agreements and the outcomes data generated (with
appropriate safeguards in place), while retaining confidentiality of commercial terms.

Infrastructure Principle: Stakeholders should work together to ensure the required
data infrastructure is fit for purpose and legal frameworks are in place to enable the
use of the different novel pricing and payment models.

Access Principle: Novel pricing and payment models should facilitate broad and timely
patient access whilst balancing the sustainability of the healthcare system and incentives
for innovation.

11




Patients’ interest should be put first in decision making. Broad, equal and timely patient
access to novel treatments across Europe should be the guiding and uniting principle for
payers and the industry alike when considering novel pricing and payment models.
Novel pricing and payment models are important tools to support broader patient
access to potentially breakthrough treatments. If used appropriately, at the same time,
they enable policymakers to manage the sustainability of healthcare systems and to
control healthcare budgets, while providing the right level of incentives for R&D,
ensuring future access to cutting-edge treatments.

To avoid patient access delays, stakeholders should be transparent about the challenges
of new treatments upfront, initiate dialogue earlier on and collaborate in designing
models that address those challenges.

Access considerations for indication- and combination-based pricing

The objective of indication- and combination-based pricing should be to maximise access
for every patient that might benefit from a treatment regardless of the approved
indication or type of therapy used. While patient access is at the heart of these pricing
approaches, indication- and combination-based pricing also provide the incentives for
companies to continue to develop new medicines in the full set of indications that
address unmet need, whether as mono-therapy or used in combination, based on
advancing scientific knowledge. In a traditional pricing and reimbursement system,
patients may not get access to some medicines or access may be delayed and
manufacturers may be discouraged from investing in future indications.” While
challenges such as lack of required infrastructure to track use across indications, or the
administrative burden to assessing the value of different indications, are often the focus
of the debate, stakeholders should be united around the objective of providing access to
all patients as quickly as possible.

12



Value Principle: A high quality, methodologically robust and mutually agreed value-based
framework is the foundation for novel pricing and payment models.

For all medicines, EFPIA advocates for a broad and holistic understanding of value
(therapeutic value to the patient and economic value, including indirect benefits and
societal value). Value assessment frameworks should be mutually agreed and should be
applied consistently within a given healthcare system.*®

Novel pricing and payment models should not be used as a substitute for robust state-
of-the-art HTA. Indeed, they could be a potential result of the HTA process as an option
to balance risk and resolve uncertainties. Nor should they be seen as an alternative to
well-designed rigorous randomised controlled trials (RCTs). They should also be applied
for the relevant time period with an appropriate mechanism to re-assess the need for
the agreement based on the real-world data generated. Thus, this should form part of a
process for value re-assessment and price revision in line with the product’s
demonstrated value as some of the uncertainty is resolved. The re-evaluation process
should allow for a situation where the data could show greater benefits of the treatment
than originally envisaged.

Value considerations for outcomes-based payments

A key to the feasibility and successful implementation of outcomes-based payment
approaches is to keep them as simple as possible from both contractual and
administrative perspectives. Some outcomes agreements can be implemented using
alternative financial agreements. For example, free initiation on the medicine and
continuation after a certain number of cycles if the patient responds favourably can be a
simple way to address uncertainty at the start. High quality data is needed for
outcomes-based payments, enabling to establish product performance and isolate it
from other factors influencing outcomes in the real world. Low quality registries,
inconsistent outcomes records and thus low-quality data may be a barrier to the re-
evaluation of the product and its subsequent reimbursement. Whilst the measured
outcomes must be carefully selected to ensure their feasibility and data accuracy,
appropriate standards for data collection and incentives for physicians could help ensure
quality data. Seeking independent advice from experts might help payers and companies
in selecting the appropriate outcomes that reflect care patterns and patients’
experience not covered in RCTs. Ensuring the buy-in of healthcare professionals and
incentives are essential to feasibly collect quality data. In particular:

e Outcomes-based payments are a useful tool for managing evidential
uncertainties at launch in some circumstances, but payers and companies need
to be aligned on these uncertainties, gaps in the data and outcomes measured.

e C(lear attention needs to be paid to the patient population treated, the
population in the trial and the expected performance of the new treatment.
Treatment guidelines have to be updated as appropriate and healthcare
professionals must be aware of and apply consistently the patient eligibility
criteria.

13




Collaboration Principle: Payers and companies should work together to anticipate where
novel pricing and payment models are needed and ensure they are fit for purpose.

Novel pricing and payment models should be used only when they are appropriate and
address shortcomings of traditional pricing and reimbursement. To identify the
attributes and likely challenges with incoming treatments, payers and the industry could
work together to identify for which treatments novel pricing and payment models could
be a viable model for patient access, at the stage of horizon scanning. Horizon scanning
could provide certainty and predictability to the industry and sufficient time for payers
to prepare. Earlier discussions could also ensure timely patient access.

Novel pricing and payment models need to be fit for purpose and tailored to the specific
attributes of the medicine. Payers and companies should work together to adapt
conventional pricing and reimbursement as required by the nature of the therapy on a
case by case basis and reach a mutually acceptable agreement.

Collaboration considerations for over-time payments

Payment over time could provide vital access to patients of curative therapies. A break
from the traditional model, the value of the medicine is assessed upfront and the
payment is spread over time. Depending on the country, legal barriers might limit what
types of over-time payments are allowed. While the necessary legal frameworks should
be in place, providing clarity on the structure and predictability for both payers and the
industry, a level of mutual agreement and flexibility is also needed.

e The structure of over-time payments should be agreed on and fit for purpose,
reflecting the value of the product to patients and society. If linked to the
collection of patient outcomes data, payment over time could facilitate an
assessment of the long-term benefits of curative therapies as these unfold over
time. The framework for value assessment and price definition upfront should be
based on the Value principle.

e [f specific patient outcomes are monitored over time, the pattern of payments
and the payment itself could be associated with a specific real-world outcome
being met, as is the case of outcomes-based payment approaches. There are
financial considerations in terms of payments being made by different payers
over time (where multiple sick funds exist in a given market for example). This
should be resolved through negotiation between payers to determine the
structure of the agreements.
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Transparency Principle: There should be transparency regarding the existence of the novel
pricing and payment agreements and the outcomes data generated (with appropriate
safeguards in place), while retaining confidentiality of commercial terms.

The use and implementation of novel pricing and payment models could be made
transparent, as could measures reflecting the benefits they deliver in terms of improved
access or the overall magnitude of savings achieved by the healthcare system as a result.
This could advance the debate and raise awareness of the value of novel pricing and
payment models in addressing healthcare challenges amongst payers, healthcare
professionals and patients.

In order to ensure access across economically diverse healthcare systems, the financial
details of the agreement and any data that could be used to derive commercial in
confidence information should not be disclosed. Ensuring elements of price negotiations
are commercial in confidence remains a key driver of access across healthcare systems.
Increased transparency and disclosure of net prices would impact patient access to
medicines negatively, especially in the case of lower-income countries.*®

Some novel pricing and payment models generate valuable real-world data on the
outcomes and performance of an intervention. The exact elements of the data to be
made public should be jointly agreed between payers and the company at the time of
negotiations. To ensure the correct interpretation of the product’s value, stakeholders
should be made aware of any limitations in the quality of the real-world data compared
to robust RCTs, and the context of the data collection. Thus, it is necessary to ensure
that any published data are of high quality and scientific rigour, do not jeopardise
regulatory approval process and the goal of novel payment and pricing models to
improve patient access.
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Infrastructure Principle: Stakeholders should work together to ensure the required data
infrastructure is fit for purpose and legal frameworks are in place to enable the use of
novel pricing and payment models.

e The appropriate infrastructure to enable data collection is a necessary requirement for

some novel pricing and payment models. The different types of novel pricing and
payment components require diverse interconnected and interoperable data.

Combination- and indication-based pricing require tracking utilisation including volume

data if the product’s volume is associated with its value (e.g., time on treatment).
Outcomes-based payments require tracking patient outcomes and response to the
treatment in the clinical practice to determine the value of the payment over time.

e Different countries are at different stages on the route to developing robust country-
level data infrastructure and the approach taken will also vary. Data collection under

novel payment and pricing models should build on existing infrastructure e.g., national,

regional or hospital registries, electronic or paper-based health records, patient,

healthcare professionals, payer or health insurance/claims databases. Product-specific

registries should be integrated in existing country-level systems to minimise

administrative burden. Regardless of the approach taken, data infrastructure needs to

be fit for purpose and should provide the data that allow stakeholders to reach a
mutually satisfactory agreement.

e Where data infrastructure is limited, stakeholders, including payers, the industry,
healthcare providers and patient organisations should work together to advance the
infrastructure leveraging existing data collection platforms. The industry is open to
collaborate and take some of the burden in setting these up. Adequate funding is

needed for initiation but also for maintenance and improvement of infrastructure. This

could be shared between the healthcare system/payers and the companies involved
through appropriate payment mechanisms (e.g., pay-for-access fees).

e Key to this effort is consistency in the standards for collecting high quality, complete and
longitudinal real-world data and in models to analysis and application across countries.

More awareness of the use of data beyond patient management and incentives to
promote comprehensive data collection are needed for high quality data as well as
enough time for clinicians to record the information.?°

e Using data across countries in Europe is challenged by the variability in data collection
across countries, different outcomes that might be measured and distinct healthcare
contexts where the data is collected. European healthcare systems are already

becoming more standardised and harmonised through establishing and implementing,

for example, the European Electronic Health Record exchange format and the European

Health Data & Evidence Network (EHDEN). However, European HTA agencies should
develop appropriate standards on real-world evidence collection and use.?!
e Once data are collected, it is important to make sure that, where appropriate, all

relevant stakeholders part of the agreement, including the industry, can access the data
on a suitable hardware/software platform. Patient data privacy should at the same time

be maintained under the General Data Protection Regulation (GDPR).?? Appropriate

16




standards in line with such regulations need to define the scope for sharing and
publication of the outcomes data under the agreement.

Legal frameworks to enable the use of novel payment and pricing models and guide
engagements around their negotiation are largely lacking across countries. Clear legal
guidelines and policy frameworks need to be put in place that define how to engage on
the types of novel pricing and payment models that are allowed and the acceptable
payment and pricing structures. This can in turn provide certainty and predictability to
the industry and payers in budget planning and preparation for adoption of new
therapies. Appropriate legal frameworks could enable healthcare systems to use more
flexible pricing approaches when needed.

Infrastructure considerations for subscription payments

Subscription payments offer payers increased budget predictability and therefore
financial stability, but currently are least commonly used. Governance around product
use beyond the agreed contract could be a challenge—physicians have the responsibility
to adhere to treatment guidelines and the prescribed patient population. Tracking
utilisation and applying reimbursement criteria might be a solution (e.g., the Belgian
Chapter 4 Rule requires patients to meet reimbursement criteria for reimbursement).

e Requirements for data collection should be agreed at the start and accompanied
by appropriate data collection mechanisms.

e Although not necessarily having the same data requirements as other forms of
novel pricing and payment approaches, it is important to assess the value of the
agreement and to be able to assess the value of new medicines that are included
in the subscription model over time. Additionally, tracking patient utilisation data
to ensure that prescriptions remain compliant with the terms under the
agreement might also be necessary.

e Payers and manufacturers have to align on standards of data ownership and
accessibility maintaining patient data confidentiality.
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Conclusion: Industry commitments and enabling
factors

Novel payment and pricing models can help address accelerated patient access and address
healthcare challenges associated with novel treatments. For the negotiation and
implementation of these to be successful, building on the above principles, the industry
makes the following commitments:

1. The industry is committed to engaging in a dialogue with countries to address
potential regulatory and procedural barriers that would be obstacles when novel
pricing and payment models need to be implemented.

2. The industry remains open to forming partnerships and commits to sharing the
burden of setting up data collection platforms with payers. Where such platforms
exist and can support the use of novel pricing and payment models, the industry
commits to using payers’ preferred data collection platforms.

3. Recognising that successful novel pricing and payment models require collaboration
from a range of stakeholders, the industry is committed to raising awareness of the
value of novel payment and pricing models and the benefits they deliver.

There is a need for additional enabling factors that would support the use of novel payment
and pricing models beyond what the industry can commit to alone.

1. Regulatory and procedural frameworks need to be in place to allow for the use of
different novel pricing and payment approaches (such as combination-based pricing
and over-time payments). This includes an openness to engage in a dialogue earlier
on to ensure predictability for both parties and a willingness to adapt traditional
pricing and reimbursement to facilitate the use of novel payment and pricing models
when this would broaden and accelerate patient access.

2. Where there are gaps in the data collection infrastructure, payers should be open to
collaborating with the industry in building solutions, incorporating appropriate
access to the resulting information, whilst minimising the administrative burden.

3. The value that novel pricing and payment model deliver should be assessed
comprehensively, focusing on how these can broaden and accelerate patient access,
as well as their contribution to managing uncertainty and budgets.

Most importantly there needs to be a shared commitment to openly discuss the challenges
and collaborate in tailoring the features of the agreement to the specific product attributes
to ultimately reach a mutually agreeable win-win solution.

1 Analysis Group. (2017). The Biopharmaceutical Pipeline: Innovative Therapies in Clinical Development.
Available at: https://www.phrma.org/-/media/Project/PhRMA/PhRMA-Org/PhRMA-Org/PDF/A-
C/Biopharmaceutical-Pipeline-Full-Report.pdf. (Accessed 3/10/2019).

2 |bid. Authors’ analysis of EvaluatePharma database.

3 |bid.

4bid.

18



5 European Biopharmaceutical Enterprises (EBE), and the European Federation of Pharmaceutical Industries
and Associations (EFPIA). (2018). The benefits of personalised medicine to patients, society and healthcare
systems. Available at https://www.efpia.eu/media/362040/cra-ebe-efpia-benefits-of-pm-final-report-6-july-
2018.pdf. (Accessed 24/10/2019).

6 Le Page, M. (2019). Many cancer drugs can be co-opted to treat different types of tumour. New Scientist.
Available at: https://www.newscientist.com/article/2218003-many-cancer-drugs-can-be-co-opted-to-treat-
different-types-of-tumour/. (Accessed 3/10/2019).

7 University of California San Francisco. (2019). Cancer-killing combination therapies unveiled with new drug-
screening tool. Science Daily. Available at:
https://www.sciencedaily.com/releases/2019/04/190409153621.htm. (Accessed 3/10/2019).

8 Espin et al. (2018). Projecting Pharmaceutical Expenditure in EU5 to 2021: Adjusting for the Impact of
Discounts and Debates. Applied Health Econ & Health Policy.

°Yeung, K., Li, M., & Carlson, J. J. (2017). Using performance-based risk-sharing arrangements to address
uncertainty in indication-based pricing. Journal of managed care & specialty pharmacy, 23(10), 1010-1015.

10 Cole, A. (2018). What are the Economic Implications of Moving Away from Paying a Single Price for a Single
Drug. OHE. Available at: https://www.ohe.org/news/what-are-economic-implications-moving-away-paying-
single-price-single-drug. (Accessed 3/10/2019).

11 Cole, A, Towse, A., Lorgelly, P., & Sullivan, R. (2018). Economics of innovative payment models compared
with single pricing of pharmaceuticals. OHE Research Paper 18, 4. Available at:
https://www.ohe.org/news/what-are-economic-implications-moving-away-paying-single-price-single-drug.
(Accessed 3/10/2018).

12 For example, between 2013 and first quarter of 2019, AIFA reported cumulative savings of just under €4
billion due to the use of financial and other novel pricing and payment approaches. (This information is based
on FARMINDUSTRIA analysis.)

13 EFPIA. (2019). Healthier Future. The case for outcomes-based sustainable healthcare. Available at
https://www.efpia.eu/media/412313/the-case-for-outcomes-document-17102018.pdf. (Accessed
23/10/2019).

14 Bruce, F. (2019). Novartis strikes Kymriah outcomes-based deal with German insurers. Available at
https://pink.pharmaintelligence.informa.com/PS124927/Novartis-Strikes-Kymriah-OutcomeBased-Deal-With-
German-Insurers. (Accessed 23/10/2019).

15 Schofield, I. (2019). Italy unveils new payment model for Novartis’s CAR-T Kymriah.
https://pink.pharmaintelligence.informa.com/PS140701/Italy-Unveils-New-Payment-Model-For-Novartiss-
CART-Kymriah. (Accessed 23/10/2019).

16 Bruce, F. (2018). Vertex extends portfolio pricing and reimbursement approach to Denmark. Available at
https://pink.pharmaintelligence.informa.com/PS124039/Vertex-Extends-Portfolio-Pricing-and-
Reimbursement-Approach-To-Denmark. (Accessed 23/10/2019).

17 persson, U., & Norlin, J. M. (2018). Multi-indication and combination pricing and reimbursement of
pharmaceuticals: opportunities for improved health care through faster uptake of new innovations. Applied
health economics and health policy, 16(2), 157-165.

18 EFPIA. (2016). Healthier future: the case for outcomes-based, sustainable healthcare. Available at:
https://www.efpia.eu/media/412313/the-case-for-outcomes-document-17102018.pdf. (Accessed 3/10/2019).
19EFPIA. (2017). EFPIA response to Draft Opinion on Innovative payment models for high-cost innovative
medicines. Available at: https://www.efpia.eu/media/288630/final_efpia-response-to-exph-draft-opinion-
7_12_2017_wir.pdf. (Accessed 3/10/2019).

20EFPIA. (2019). Realizing the potential of real-world data for healthcare decision-making. Internal position
paper.

21 bid.

2 |bid.

19



	Delivering transformative medicines to patients, the healthcare system and society
	New challenges and opportunities in healthcare
	Novel pricing and payment models are needed in specific cases, and can help address uncertainties
	The barriers and enablers to developing different types of novel pricing and payment models
	Industry principles that facilitate the use of novel pricing and payment models
	Conclusion: Industry commitments and enabling factors

