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* Please mute yourself during this webinar.

e If you want to ask a question, you can either ask through the Q&A box or by raising your hand.

* Our agenda is quite robust and we might need to select the questions to be answered to ensure all
speakers have their statement.

* Enjoy!
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Tracy Swan, International Treatment Preparedness Coalition

Diarmaid McDonald, Just Treatment

Prof. Zoltan Kald, Center for Health Technology Assessment at Semmelweis University

Clare Hague, Janssen

Dr Tamas Bereczky, EUPATI Training Coordinator — moderator
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Agenda

15.00 — 15.05 — Introduction to the PEOF and session by Tamas Bereczky

15.05 — 15.25 — Statements from panellists

eTracy Swan—Patients working in policy matters —access and affordability

eClaire Hague —Access and affordability considerations in the pharmaceutical industry
15.25 -15.45 - Q&A

15.45 — 16.05 — Statements from panellists

eDiarmaid McDonald-Patient organisations working in access and affordability

eProf. Zoltan Kal6—What science knows about access and affordability

16.05 - 16.45 — Q&A and discussion

16.45 — 17.00 — Takeaway messages
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Patient Engagement Open Forum (PEQOF)

- Patient Engagement Open Forum is a series of virtual events (in 2020) where we will
work together, in a multi-stakeholder context, to turn patient engagement from an
aspiration into reality.

- The Forum aims to provide a holistic perspective of patient engagement, the landscape
and actors, and foster collaboration and co-creation while breaking down
fragmentation that are often present in patient engagement work.
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Link

Patient Engagement Open Forum 2020 (PEOF) -

June 25th July 9th September 24th November 5th
PEOF2020 opening plenary (PARADIGM, PFMD and EUPATI) | Parallel sessions: _ _ _ Parallel sessions: THEME: Regulatory
* Patient Engagement tools session #2 (consultation organised & « How PE can foster access through improved affordability?

Paral,ol sessions: ' . . by PARADIGM) (webinar organised by EUPATI)
* Patient Engagement tools session #1 (consultation organised « Flash presentations « Patient engagement in clinical trial phase orfand in the November 23rd

by PARADIGM) 1. Sustainability roadmap for the patient engagement regulatory submission phase (workshop organised by PFMD -
* Patient engagement within MedTech (panel organised by ecosystem to be confirmed at a later date)

EUPATI) 2. Patient engagement agreements explained « From diagnosis to treatment and beyond: personalised Plenary session:

* Patient experience in regulatory processes (workshop
organised by PFMD)

3. Patient engagement in medicines R&D in the CEE region *« PEOF2020 conclusion session

 Motherhood should not be a fight - better safety information

medicine - what's in it for patients and how to make it available
to patients who could benefit from it? (workshop supported by

on medicines use during pregnancy and breastfeeding, with PFMD)
patients for patients. (Workshop organised by IMI-Conception)
June 26th
October 15th
Parallel sessions: September 10th T
* How to engage patients in the early phases? (workshop
organised by PFMD) * Patient Engagement and Quality by Design: Co-Developing an
* Patient engagement in co-creating plain language summaries Plenary session Implementation Roadmap for Clinical Trials (organised by CTTI)
(workshop organised by PFMD) « PARADIGM Patient Engagement Toolbox (webinar organised * Good Lay Summary Practice, communicating trial results to
* National Health Council Patient Engagement Fair-Market by PARADIGM) e et L

(organised by EFPIA and EFGCP)

Value Calculator Toolbox (organised by NHC) * Patient Engagement Monitoring and Evaluation Framework

(workshop organised by PARADIGM)


https://patientengagementopenforum.org/
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5g of diamonds 5g of daclatasvir

25 1-carat ($1900 each) 12 weeks of treatment, 60mg/day

$48,000 $63,000 (US price)

Slide courtesy of Dr Andrew Hill



HOW MUCH DOES IT COST TO DEVELOP A DRUG?

The pharmaceutical industry has not been transparent about
the cost to bring a drug to market

A recent study estimated that cost ranges from
$314 million to $2.8 billion, with a median of $985 million -

including failed trials?

Another study included post-approval R&D costs; it
estimated a cost of $2870 million per drug?

1. Woulters OJ, et al. Estimated Research and Development Investment Needed to Bring a New Medicine to Market, 2009-2018. JAMA . 2020 Mar 3;323(9):844-853. doi:
10.1001/jama.2020.1166.

2.De Masi JA, et al. Innovation in the pharmaceutical industry: New estimates of R&D costs

J Health Econ. 2016 May;47:20-33. doi: 10.1016/j.jhealeco.2016.01.012.



SOFOSBUVIR - a case study

HOW MUCH DID IT COST?

Gilead bought Pharmasset to get SOF, which was in phase Il, for US
$ 11 billion?

HOW MUCH DO PHASE Il TRIALS COST ?
* The cost of a phase Ill trial is estimated at US $19 million?
* There were 1,945 people in Gilead’s four phase Il trials?

Safe to say US $ 200 million?
SOF revenue (2013-2017) $ 31.5 billion

1.  bhttps://www.businesswire.com/news/home/20111121005623/en/Gilead-Sciences-Acquire-Pharmasset-11-Billion
2. https://www.jhsph.edu/news/news-releases/2018/cost-of-clinical-trials-for-new-drug-FDA-approval-are-fraction-of-total-tab.html
3. https://www.accessdata.fda.gov/drugsatfda_docs/label/2015/204671s002Lbl.pdf



https://www.businesswire.com/news/home/20111121005623/en/Gilead-Sciences-Acquire-Pharmasset-11-Billion

What does it cost to profitably mass-produce SOF?

Sofosbuvir

Cost of API = $700/kg

| APl needed per person = 33.6g (400mg x 84 days)

APl per 12 weeks = $23.52

Formulation = 50.01/tablet,
excipient cost per tablet (APl x 2 x 52.63)

Formulated drug = $24.54

Profit margin (10%), tax on profit (27%)

Final generic price = $27.65

Slide courtesy of Dr Andrew Hill



What does it cost to profitably mass-
produce DCV?

C. Daclatasvir

Cost of APl = $600/kg

| APl needed per person = 5.04g (60mg x 84 days)

APl per 12 weeks = $3.02

Formulation = $0.01/tablet,
excipient cost per tablet (APl x 2 x §2.63)

Formulated drug = $3.89

Profit margin (10%), tax on profit (27%)
Final generic price = $4.38

Slide courtesy of Dr Andrew Hill



Prices for 12 weeks of SOF/DCV by Country
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Today’s Presentation

OW WE NAVIGATE ACCESS CHALLENGES IN EUROPE




Innovative medicines are contributing to improved outcomes
for patients: Example of Myeloma

RELATIVE SURVIVAL RATE FOR MULTIPLE MYELOMA
PATIENTS SOARS BETWEEN 2001 AND 2014 CHANGE IN 5-YEAR SURVIVAL RATES FROM 1990-2013

Projected 5-year 66.0 .
overall survival rate W © Multiple Myeloma 74%
2014
10 THERAPIES APPROVED DURING THIS TIME 51.0 All cancers
5-year relative _

survival rates 44.0 Leukemia

(%) based on
year of diagnosis 345
31,6 325 ¢ Prostate Cancer

246 259 27,5 27,3 27,2
Breast Cancer

Melanoma
1975- 1978- 1981- 1984- 1987- 1990- 1993- 1996- 1999- 2003- 20Q0714
1977 1980 1983 1986 1989 1992 1995 1998 2001 2006 2013
Between 2001-2014, survival rates in multiple myeloma 5 year survival rates for multiple myeloma (from 1990-
more than doubled. During this period there were FDA 2013) have increased more than four times faster than
approvals of 4 new innovative drugs for other cancers

Source: Celgene, “Value and Innovation, 2018"” report. Top chart: National Cancer Institute, Surveillance, Epidemiology, and End Results (SEER) Program. SEER Cancer Statistics Review, 1975-2014; Bergsagel P. Where We
Were, Where We Are, Where We Are Going: Progress in Multiple Myeloma. ASCO 2014 Educational Book; National Cancer Institute. Drugs Approved for Multiple Myeloma and Other Plasma Cell Neoplasms; Bottom chart:
National Cancer Institute, SEER Cancer Statistics Review 1975-2014.
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Innovation is delivering benefits,
but concerns remain around NHS preparing to offer ‘game-changing’

affordability of modern medicines cancer treatment

Health service chief calls for affordable access to CAR-T, which
modifies immune system to destroy cancer cells

Health: Warning over sustainability of
healthcare spending

Review says health service consistently fails to manage within its budget allocation

® Tue, Oct 9, 2018, 16:30 Updated: Tue, Oct 9, 2018, 19:50

Martin Wall, Paul Cullen

-
‘\
Economics

A Breakthrough Cancer Drug Has Been
/ / , ] ’ Approved. Now Comes the Battle Over
‘ \ the Price

By James Paton
September 12, 2018 6:00 AM CEST
e

A spending review has criticised the HSE for “a re-occurring trend’ of significantly increasing recruitment toward

» Drugmaker introduces Kymriah at 320,000 euros in Germany LIVE ON BLOOMBERG
WatchLive TV >
Listen to Live Radio >

the end of the year. Photograph: Getty » CAR-T cancer treatment was approved in Europe last month

—
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We Aim to Demonstrate Value to Patients & Society by...

S Generating patient-relevant Securing
clinical and real-world reimbursement from

evidence supported by a HTA Agencies &
robust economic rationale Payers

Engaging with ALL
stakeholders to
@ understand their needs

—
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Janssen Approach to Pricing

Three guiding principles drive our pricing decisions.

We deliver local value by collaborating with payers and governments to

offer accessible and affordable medicines, fueling sustainable innovation.

Local Value

The value our medicines bring is in improving the

lives of patients and transforming their health for

the future.

We strive to deliver transformational medicines that improve the :

lives and health of patients. Our medicines help people live longer

Sustainable Accessible &
and improve their quality of life. We work closely with payers such Innovation Affordable

as governments, insurers and other local stakeholders to
negotiate the price of our medicines based on their local value —

prioritizing health outcomes and the impact our medicines have

on a specific society and economy.

https://www.janssen.com/about/access-pricing-principles



Janssen Approach to Pricing

¢
Sustainable Accessible &
Innovation Affordable

https://www.janssen.com/about/access-pricing-principles

Accessible and Affordable

Through active collaboration, we make our
medicines readily accessible and affordable for
patients and health systems in accordance with
specific reimbursement systems and legal guidelines

of local communities.

Countries and health systems around the world differ in how they
pay for medicines and make them accessible to their citizens.
Knowing this, we work with governments and payers, as early as
the law allows, to discuss coverage, accelerate availability and
provide the best possible access to our medicines. After all,
medicines only deliver value when they reach patients who need

them.



Janssen Approach to Pricing

‘ Sustainable Innovation

Sustaining the discovery, development and delivery
of transformational medicines is necessary to
improve lives for current and future patients in

need.

When we succeed at delivering valuable medicines with
transformational outcomes, individual patients thrive, and families, Sustainable Accessible &
countries, communities and societies flourish. Enabling Innovation Affordable
investment in innovation to discover, develop and deliver

medicines provides significant benefit to patients today and

tomorrow. Fair pricing for valuable therapies fuels the next

breakthroughs and cures.

https://www.janssen.com/about/access-pricing-principles



Equity-based tiered pricing approaches are used to support access in lower and middle
income countries

Illustrative @

Decreasing prices in
middle- and low-income countries®

Janssen strives to ensure
local affordability

« Janssen uses tools such as equity-
based tiered pricing to help achieve

- v access that is affordable locally
« However, extensive IRP use and

parallel trade preclude explicit tiered

pricing (based on list price) in Europe

Price band

= So to ensure broader access to our
medicines, we sometimes negotiate
flexible pricing agreements

Tier 1 Tier 2 Tier 3 Tier 4 = This means that we may agree to make
(Developed our medicines available at different net
country) prices across Europe, in line with local

affordability

. . .
T Equity-based tiered pricing facilitates price variability across the world, with higher prices T:’Jcﬁse al,? ':cehements are_ Cé)nﬁdentlal’t
in countries with higher income and lower prices in lower income countries and where the a . C_)UQ € process Is transparen
burden of disease is greatest within each cou ntry

IRP = external reference pricing

—
janssen J~ Oncology
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To secure access we create managed entry agreement archetypes that we
discuss with payers: Example in multiple myeloma

Agreements to manage initiation costs

FBC Options - Net Admi lons per M.

St e e
e o

Suy 2 Get 1 for S cyche 213
Cycle Cop to 2 Admuns 29%

Cxlel Cyle2 COxle3 Oxded COpleS Cple6 Cwle7 COxle8 Cyle9 COycle 10 Oycle 11 COycle 12
-
EffectiveRebate is a function of FBC, length of offer, and actual duration
A. BuyXgetY for Z cycles

B. PerCycleCap —payeronly paysfor2 admins percycle — effectively S0%
discounton first 2 cycles, no discount on future cycles

P4P: Rebate for Progressive Patients

RESPONDER Non PROGRESSOR - FUNDED TRONTERT |

All petients: Reimbursed @100% st price

» -
After 3 Months

SCENARIO 3 SCENARIO 3

Non-progressors: Petients who Al non-progreszors funded
heve Stable Disesse or better st 100% until disease

and do not progress within 1st3 At

months

Non-benefiters who progre= within =3
months stop trestment and are rebated tox3

* @ €5385 per infusion (US pric=)

Coverage with Evidence Development

1
| POST-STUDY ASSESSMENT
| Reimbursement Confirmed

FULLY FUNDED ASSESSMENT
Reimbursement @100% list price

Observational study to assess real world effectiveness

Evaluate daratumumab RWE at end of s
= Overall Survival at 12 months

fnon responders
hresholds, minima

[Recate — [webate loin-
Example:
Overtil Survival ® 12 Months 2 o
* @ €5385 per infusion (US Price) s
| Below OS Target e T0%

P4P: Rebate for non-Responders

FULLY FUNDED ASSESSMENT RESPONDER/Non-PROGRESSOR  FUNDED

Al patients: Reimbursed @1003% st price TREATMENT
3

After 3 Months

SCENARIO 2 t SCENARIO 2

Responders: Partisl Response
or better using IMWG criteria

ANl rezponders funded st 100%
until dizesze progression

—
janssen )' Ooncology
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Emerging Access Challenges Require New Thinking where we need to involve
Patients in the Debate

Ny )
S Z Limited data on patients’ overall survival at

— \ time of launch
®yr .

* Increased pricing flexibility e.g
Drug Combinations, CAR-T

Sustainability concerns

Access 1 ——)
Challenges  HTA methodology reform
Cross-company drug . )
.+, combinations make price A consistently strong patient
negotiations challenging voice in clinical research/HTA

Unmet need still
' ( exists

—
janssen )' Ooncology
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Janssen are constantly exploring ways to overcome reimbursement challenges
in Europe in order to enable faster access for patients to cancer medicines

NEGATIVE IMPACT ON PATIENTS’ LIVES
S

Q Identify valid alternatives or intermediate endpoints incl. PROs

®

{=3) Innovative managed entry agreements

-———
>
-
-
=

g

Work with HTA Agencies and all stakeholders to modify current HTA methods & introduce
key performance indicators at the country-level for patient access?

ACCESS & R&D COSTS

—
janssen )' Ooncology




Greater Acceptance of Managed Entry Agreements Across Europe Is Needed to
Manage Affordability Concerns

Concerns or uncertaintiesin
COSTS

Concerns or uncertainties in RESULTS

Managed Entry Agreements

Financial-based Performance-basedrisk-sharing
arrangements arrangements

To manage
budgetimpact
Patient-level Fopulation-

level
schemes
| schemes
Patient Discounts/
ulilization cap Rebates
patient Pnce-volum}e
cost cap ag[:‘emen
Free/discounted with cap
or
rebated Price-volume
freatment agreement
(initiation without cap
and/or
continuation)

To manage
Utilization in the real world

To provide evidence
regarding decision uncertainty

Performance linked Coverage with evidence

reimbursement development
| |
| | | |
Outcomes Only with .
Process of care Only in research
guarantees research
Money-back
guarantees
Conditional
freatment
continuation Source: Modified from: Carlson JJ, et al. Linking payment to health outcomes: A taxonomy and examination of

performance-based reimbursement schemes between healthcare payers and manufacturers. Health Policy (2010);

Garrison et al, 2013 — ISPOR Taxonomy.

—
janssen J~ Oncology
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Engagement & Collaboration with all Stakeholders is Critical for Access

Patients and
Caregivers

European

Nurses and Doctors Medicines Agency

DESIGN FOR ACCESS

—
JanSSen I | ::Amncucommmss



To ensure we represent the patient voice, we need to do more:

Patient Insights

KGather continuous \

insights from patients
on their disease and
treatment

\_ J

Work together on

Pat

ient Evidence

Strategies

VALVE

Cost

RISK,

Trusted Partnerships

Forge a closer collaboration
with patients and patient
advocacy organizations to
co-develop solutions for
access and the patient

experience

\ /

—
janssen J Oncology
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Patients need to engage where it matters - where
the rules of the game get written.

DIARMAID MCDONALD
LEAD ORGANISER
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Calls for action on patients d mail O n | | n e W

£100,000 cystic fibrosis drug

Home | News | U.S. | Sport | TV&Showbiz | Australia | Femail Science | Money |V

Exclusive: Ministers urged to consider revoking patent
extending Orkambi, which NHS cannot afford
The patients facing shorter lives due to drug’s expen

. ust end’ over cystic fibrosis
Campaigners urge the Government to y

end NHS price war over £105,000 f O v E <sme
cystic fibrosis 'wonder drug' which
could extend thousands of children's

""s DAILY £ EXPRESS

‘Hundreds die’ after being denied
cystic fibrosis drug

‘unaffordable’ cystic fibrosisdrug .

Sunderland:
Nissan cites



What is the purpose of patient
engagement?

What influences access?

Cost
Price

Value .

meTREATM ENT



What is the purpose of patient
engagement?

What influences access?

Cost
Price
Malue

meTREATM ENT



What influences high prices and undermines affordability?

Companies will seek to maximise profits for their shareholders. This is
not a controversial statement.

m [P and other monopoly protections

m R&D incentive system

m [axrebates and credits

m Price control mechanisms

m Financialisation of the pharmaceutical industry

m International trade agreements

m Public perception and reputation risk management

meTREATM ENT



THE SUNDAY TIMES

Date: 20 September 202
Page: 14

eClips

Patient charities

discreetly take

Big Pharma cash

Campaigns are failing to report millions they receive from drug firms

Andrew Gregory Health Editor

Hundreds of health charities are failing to
declare millions of pounds received from
the world’s largest drugs companies.
Pharmaceutical companies are pouring
cash into patient groups that lobby for
new treatments — in many cases the med-
icines marketed by the same donors.

The Charity Commission, the official
regulator, urged charities last year to be
“transparent” about cash received from
drug companies to “protect their integ-
rity”. The warning came after it was
revealed that Pain UK, a charity lobbying

National Institute for Health and Care
Excellence, which decides on treat 3

the NHS will offer. The new study Support The Guardlan
gests many have opaque financialaVEIEICRIZVER TR T NOREER S

tionships with the companies pro SURcibalS

the treatments.
Opinion

Search jobs

O signin O, Search v The :K editio
Guardia

Previous research found that
patient groups involved in the app@\W\[Q (]
of drugs or devices for use in the
England had received money from 1 yy world Business Coronavirus Football Environment UK politics Education Society Science Tech Global development Obituaries
facturers that they had not declarec

Decision-makers are some
unaware of these conflicts of int NHS
The charities risk being used as vel
to promote useless. expensive or

Sport Culture Lifestyle More v

© This article is more than 1year old

Patient groups assessing NHS drugs
receive undeclared industry funds

Study calls for rules to be tightened over disclosure of money
received from drug makers




How do we engage in a way that makes chances
of access and affordability better for all
patients?

meTREATM ENT



Interventions that make
monopolies, not patients
the things put at risk

meTREATM ENT




BUYERS CLUB

Demonstrate that the rules of the game are what is O

preventing access Jml‘, TREATMENT



B MJ WHOWEARE WHATWEDO PRODUCTS & SERVICES NEWSROOM WORKATBM] CONTACTUS |

No clear evidence that most new

cancer drugs extend or improve life

BM] / Newsroom / No clear evidence that most new cancer drugs extend or improve life

N OC | ear eVi d ence th at Study prompts calls to “raise the evidence bar” for approval of new cancer drugs

mOSt new cancer d ru gS The majority of cancer drugs approved in Europe between 2009 and 2013 entered the market without clear
) ) evidence that they improved survival or quality of life for patients, finds a study published by The BM/today.
extend or improve life

Even where drugs did show survival gains over existing treatments, these were often marginal, the results
show.

Manv of the drugs were abproved on the basis of indirect (‘surrogate’) measures that do not alwavs reliablv

Demand a better innovation model me TREATMENT
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What science knows about access
and affordability

Zoltan Kalo

Professor of Health Economics
1) Center for Health Technology Assessment, Semmelweis University
2) Syreon Research Institute



Evidence gaps about access and affordability

* Indicators of limited patient access
1. Time to reimbursement - well documented, but less important
2. Access barriers after reimbursement - more important, bur poorly documented

* Impact of implementing value judgement in policy decisions
1. Increased transparency and consistency of policy decisions
2. Potential access barrier for high cost therapies in higher income countries
3. Potential access barrier for all technologies in lower income countries

* Impact of extending value frameworks in the value judgement of health technologies

1. Patient access
2. Affordability —» Opportunity cost



Evidence gaps about access and affordability

* Impact of price transparency
1. Patient access in lower vs. higher income countries
2. Free-ridership and race to the bottom

* Impact of transparency on development costs
1. How to translate global data to local value judgement and price

* Impact of policy solution to facilitate affordability and sustainability of health care
financing — access barriers

1. Real world health gain
2. Equity in access
3. Perverse incentives (e.g. informal payments)



Patient centricity of value judgement
to health care decisions

Component 1: Patient engagement at different levels

 Macro level: health policy regulations, reimbursement decisions, HTA,
clinical guideline development

* Meso level: hospital decisions

* Micro level: shared decision-making

Component 2: Patient centric value judgement
* Patient experience
 Burden on households



Differences in health care systems

Solutions to facilitate to patient access in high income countries may not be
transferable to lower income countries due to

more limited resources
inefficiency of health care systems

limited compliance of physicians with clinical guidelines as a consequence to
perverse incentives

inappropriate sales, marketing and market access practices of pharmaceutical
companies

less tradition and willingness for transparent and evidence informed decisions by
payers and policy-makers

brain drain of educated professionals and patient experts

inefficiency of patient representations in health policy decisions (partly related to
inappropriate funding models or patient organisations)

international policy research projects have limited coverage to lower income
countries



Takeaway messages
What's next?

Tamas Bereczky, Training Coordinator, EUPATI
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Thank you!

Do you want to get in touch with us?
Info@eupati.eu
www.eupati.eu
@eupatients
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Let’s work together to spread the word!

#PEOF2020
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