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Key issues and their implications
• Expenditure on complex treatments including biological medicines will soon exceed
50% of total expenditure on medicines worldwide. Expenditure will continue rising
with a considerable number of new medicines for oncology and orphan diseases in
development with premium price expectations
• Concerns with available resources especially in Europe exacerbated by ageing
populations
• However any initiatives introduced must be balanced against providing incentives
to develop new medicines to meet continued unmet need
• This has resulted in:
– Greater pro-activity among payers including new models to better manage the
entry of new medicines
– Alternative payment methods including MEAs and MCDAs as well as potentially
fair pricing models and indication based pricing
– Increasing use of low-cost multiple-sourced medicines and biosimilars where
pertinent
– Growth in disinvestment activities
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Further details regarding potential models for disinvestment – also using
patient level data – can be found in:
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This is the Swedish model to improve the managed entry of new
medicines starting with horizon scanning and continuing post launch worked well for hepatitis C and new medicines for ovarian cancer
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This was our published paper – available Open Access - and builds on
the model we developed across Europe following the launch of DOACs
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This was the model
we developed
across Europe to
improve the
managed entry of
new medicines
following concerns
with the DOACs
It is based on three
pillars starting prelaunch and ending
post-launch
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These models to improve the managed entry of new medicines have worked
well for new medicines for hepatitis C and ovarian cancer in Sweden
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Managed entry schemes are growing across Europe/ wider to
enhance access to new medicines but still concerns
• There has been a growth in managed entry agreements (also called risk sharing arrangements)
across countries to enhance access to new premium priced medicines
• MEAs can be divided into:
– Financial-based models, e.g. discounts, rebates, price capping (typical approach)
– Outcome-based models, e.g. reimbursed price/ funding maintained based on achieving agreed
outcomes, e.g. lipid levels in patients with CVD or agreed viral load reductions in patients with
hepatitis C; alternatively free goods or rebates if agreed outcome measures are not achieved

• However there are a number of issues/ concerns that need to be resolved going forward. These
include:
o confidential discounts (with financial-based MEAs), i.e. concerns with transparency between
countries – not every country will gain optimal discounts. This has been one of the factors
behind developing health authority consortia in Europe, e.g. Beneluxa and Valetta
o lack of good patient-level databases in the public sector to monitor outcome-based schemes
- although changing – e.g. SACT in England and CMOP in Scotland
o yearly budget confines (although amortization models are being discussed more with the
introduction of gene therapies - and this trend will continue)
o who will fund subsequent treatment failures – unless robust agreements
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The advantages and concerns with managed entry agreements were discussed
in our recent paper including key personnel from across countries …
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… which built on our earlier papers regarding MEAs among Central and Eastern
European countries and wider
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… which built on our earlier papers regarding MEAs among Central and Eastern
European countries and wider (continued)
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Good databases and all oncologists working together in Catalonia in Spain
enabled the successful introduction of an outcome based MEA for gefitinib
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We will see the growth in outcome based schemes in countries
including the UK with improved collection of patient level data
• NICE has instigated 256 commercial in confidence agreements by October 2020
to enhance funding for new premium-priced medicines
(https://www.nice.org.uk/about/what-we-do/patient-access-schemes-liaison-unit).
Typically easier and quicker to apply a confidential discount
• However, NICE has also instigated new arrangements for the cancer drugs fund
(CDF) which requires pharmaceutical companies applying to the CDF for funding
for their new cancer medicine to provide additional data
• These include submitting an MEA as part of the justification incorporating details of
potential data collection via the Systemic Anti-Cancer Therapy (SACT) Data
(mandated dataset as part of the Health and Social Care Information Standards in
England) to address issues of uncertainty – especially with immature data https://www.england.nhs.uk/wp-content/uploads/2013/04/cdf-sop.pdf
• NHS Scotland has also instigated the CMOP programme in cancer to address
issues of routine data collection during outpatients to improve knowledge
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Details of the England SACT database can be found in the recent
paper of Bright et al (2020)
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The CMOP programme was developed in Scotland to improve future
care of oncology patients with better outcome information
• In 2017, the Scottish Government announced it was investing GB£300,000 in a
programme to investigate whether medicines are as effective in the ‘real world’ as
they are in clinical trials
• The Cancer Medicines Outcome Programme (CMOP) is a collaboration between
NHS Greater Glasgow and Clyde and the University of Strathclyde
(https://cancerchallengescotland.com/sites/default/files/documents/event_item/PR
OMsPREMs_Info_Session_190417/cic_info_session_190417_marion_bennie.pdf)
• This involves developing, agreeing and implementing data sets for cancer to help
better manage patients – CMOP’s vision is ‘to develop a process which
provides feedback to our cancer care clinicians on local outcomes. This real
life data on the benefits, and side effects, of cancer medicines can then be
used to identify supportive care needs as well as inform shared clinical
decision-making between clinicians and patients’. As such will help inform
future investment/ disinvestment decisions in cancer care
• A study in prostate cancer was the first published outcome of CMOP
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A study using patient level data in Scotland to evaluate treatment
outcomes in patients with prostate cancer is the first published
output of the CMOP programme
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Key areas for the future especially with new oncology medicines
often launched with limited clinical trial data are agreements over
funding and data collection – this was an issue with olaratumab
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Pressure from the media in the
Netherlands resulted in pressure on
the Ministry of Health to ignore the
advice of the Dutch reimbursement
agency about funding enzyme
replacement therapy for Fabrys’
disease (up to €3.3 million
incremental cost / QALY) and up to
€15million for alglucosidase alfa to
treat Pompe’s disease
The payers in the Netherlands
realised this situation could not
continue for the sustainability of
European healthcare systems – led
to the development of MCDAs for
new biological medicines for orphan
diseases involving all key
stakeholder groups (TVF)
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European payers together with Pharmaceutical Companies and patient groups
are developing MCDAs including those for orphan diseases. One output to
date is the Transparent Value Framework (TVF) as part of the MOCA process
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Payers in Italy are also using an MCDA approach to determine the level of
innovation for new medicines as part of their reimbursement discussions
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We are also seeing a growth in fair pricing models – enhanced by recent
WHO deliberations (2020). However, this needs to be balanced against
necessary incentives – acknowledged to some extent in the AIM (European
payer body) approach
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In conclusion
• We will continue to see the growth in alternative pricing models including MEAs
and MCDAs to enable health authorities to fund new premium priced medicines/
use existing resources more wisely
• In addition, we will see a growth in health authority IT/ EHR systems to improve
data collection especially in priority areas including cancer, e.g. SACT and CMOP
in the UK. This will help Pharma Companies and health authorities promote optimal
treatment approaches when multiple choices exist, e.g. different NOACs and antiTNFs as well as potentially introduce different pricing by indication and outcome
• Concurrent with this will increasingly be a re-evaluation of the prices/ discounts/
rebates of existing patented medicines when the medicine used in the initial
negotiations loses its patent and becomes available either as a low cost oral
generic or biosimilar under value-based pricing approaches
• This will necessarily require Pharmaceutical Companies to provide additional data
to support prices/ new formulations or delivery systems to enhance their value. The
same will happen with ongoing discussions regarding fair pricing models
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Public database studies such as these enhance our understanding of the
relative place of different DOACs without head-to-head RCTs
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Similarly for different subcutaneous biologic medicines for patients with RA
with such studies growing to provide future robust guidance when multiple
choices are available and no RCTs
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Thank You
Happy to answer questions!
Brian.Godman@ ki.se; Brian.godman@strath.ac.uk;
briangodman@outlook.com
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