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WHAT ARE OMPS?
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SETTING THE CONTEXT

• OMP prices are perceived by some as a challenge to the financial sustainability of healthcare systems

OMP prices and healthcare 
system sustainability

B. OMP prices under 
the spotlight 

A. Medicine prices 
under scrutiny by 

payers

C. Increased OMP 
development

Increase in OMP  
marketing 

authorisations

Introduction of 
gene and cell 
therapies 

D. Evaluation of OMP 
regulation 

How much do we 
spend on OMPs?
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SITUATION A: Medicine prices are under increasing pressure and scrutiny by payers and are considered by some 

as a challenge to the healthcare sustainability

September 2016

Report from the Committee on the 
Environment, Public Health and Food 
Safety, EU Parliament1

The prices of new medicines have increased during
the past few decades to the point of being
unaffordable for many European citizens and of
creating an unsustainable situation for health care
systems.

March 2017

EU Council Conclusions on 
Strengthening Balance in EU 
Pharmaceutical Systems3

New medicinal products may pose new challenges to
public health systems, in particular … the financial
sustainability of health systems, their post‐market
surveillance and patient access and affordability.

November 2018

Challenges facing policy makers in the
pharmaceutical market, OECD Health 
Policy Study2

The increasing prices of new medicines particularly in
oncology and orphan drugs are not always justified by
commensurate increases in benefits for patients. All
these trends have raised concern about the value and
the sustainability of pharmaceutical spending.

April 2016

Conclusions on Pharmaceutical 
Expenditure and Policies, OECD Health 
Working Paper4

The rise in costs for specialty drugs suggests that there
is a need for a radical reappraisal of pricing practices
for new products in OECD countries.

1. Committee on the Environment, Public Health and Food Safety. Draft report on EU options for improving access to medicines (2016/2057(NI)). European Parliament 2016. Available from: www.europarl.europa.eu/meetdocs/2014_2019/plmrep/COMMITTEES/ENVI/PR/2017/01‐30/1102830EN.pdf; accessed May 2018
2. Pharmaceutical Innovation and Access to Medicines, OECD Health Policy Studies (2018). Available from: https://read.oecd‐ilibrary.org/social‐issues‐migration‐health/pharmaceutical‐innovation‐and‐access‐to‐medicines_9789264307391‐en#page5; accessed December 2018
3. Council of the EU. Council conclusions on strengthening the balance in the pharmaceutical systems in the EU and its Member States. Press Release. 2016. Available from: https://publications.europa.eu/en/publication‐detail/‐/publication/b49097b2‐5096‐11e6‐89bd‐01aa75ed71a1/language‐en
4. Pharmaceutical Expenditure And Policies: Past Trends And Future Challenges. OECD Health Working Papers (2016). Available from: https://www.oecd‐ilibrary.org/docserver/5jm0q1f4cdq7 en.pdf?expires=1544795687&id=id&accname=guest&checksum=0D943140CD56C6694E744F7ED0FF7DB9; accessed December 2018 
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SITUATION B: Orphan medicines prices have been under the spotlight

OPINIONS ON OMPS PRICES1,2

Drugs for rare diseases are perceived as high cost medicines and their prices have been criticised1

1. Luzzatto L. et al. Outrageous prices of orphan drugs: a call for collaboration. Lancet 2018;392:791‐4
2. Hughes D. et al. Profitability and Market value of Orphan drug companies: A retrospective, propensity‐matched case‐control study. PLoS ONE 2016;11(10): e0164681. doi:10.1371/journal.pone.0164681  
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SITUATION C: THE NUMBER OF OMPS RECEIVING MA HAS INCREASED EACH YEAR SINCE 2001
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approved since 

the 
introduction of 
EU regulation

2018

1. European Medicines Agency. Orphan medicines figures 2000‐2018. 2018. Available at: https://www.ema.europa.eu/en/documents/other/orphan‐medicines‐figures‐2000‐2018_en.pdf Accessed May 2019 
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In comparison, the compound 
annual growth rate of the total 
number of medicines receiving 

approval has been 7% since 2001 +11%

The number of OMPs receiving MA each year has experienced a compound annual growth rate of 11% since 2001, but 
with high variability between years



WITH SOME PROJECTIONS REFLECTING FUTURE AUTHORISATIONS…
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“Although we are 
dealing with rare 

diseases, the
increasing number of 
new OMPs introduced 

each year
is beginning to 
threaten the 

sustainability of 

healthcare systems”2

1. Flostrand S. et al. Is the Orphanage Filling Up? Projecting the Growth and Budget Impact of Orphan Drugs in Europe. Value in Health 2016;19:A347‐766. Available at: https://www.valueinhealthjournal.com/article/S1098‐3015(16)32820‐0/pdf 
2. Luzzatto L. et al. Outrageous prices of orphan drugs: a call for collaboration. Lancet 2018;392:791‐4

- Between 2011–2016, the number of OMPs obtaining marketing authorisation increased by 18% per year across the EU-51



SITUATION D: Affordability concerns (among others) prompted the European Council to advise the European 

Commission to evaluate its OMP regulation 

Context The EU adopted the Regulation (EC) 
141/2000 on Orphan Medicinal Products 
in December 19991

Objectives • To meet the needs of rare disease 
patients 

• To enhance the development of 
orphan medicines

Number of OMPs 
at time

In the period before the regulation came 
into force, only eight OMPs were 
developed in Europe2

BACKGROUND ON OMP EU REGULATION1‐2

October 2018

PUBLIC CONSULTATION

Evaluation of the legislation on medicines for 
children and rare diseases (medicines for special 
populations)3

“With this open public consultation, the European 

Commission asks private citizens and healthcare 

professionals to share their experiences with and 

perspectives on access to orphan medicines in 

general, and on the role the EU Orphan Regulation 

plays in the development of orphan medicines.”1

CALL FOR PUBLIC CONSULTATION3

9

Few analyses have been published describing European OMP expenditure since the introduction of the OMP regulation 

1. EU Regulation 141/2000. Available at: https://eur‐lex.europa.eu/legal‐content/EN/TXT/PDF/?uri=CELEX:32000R0141&from=EN
2. Heemstra H. Variations in access and use of orphan drugs among EU Member States. EJHP Practice 2010; 4(16): 25–27
3. European Commission. October 2018. Available at: https://ec.europa.eu/info/law/better‐regulation/initiatives/ares‐2017‐6059807/public‐consultation_en Accessed December 2018
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HOW MUCH DO WE SPEND ON OMPS?: THE OMP SHARE OF TOTAL 

PHARMACEUTICAL EXPENDITURE HAS CONSISTENTLY INCREASED YEAR-ON-YEAR SINCE 2000

Similar trends have been observed across all markets; the average of the EU-8 countries reached 7.1% in 2017

OMP SHARE OF TOTAL PHARMACEUTICAL EXPENDITURE ACROSS EU MARKETS (2000–2017)
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BUT HOW IS THE OVERALL MARKET EVOLVING? ARE THE DYNAMICS 
CHANGING THE STRUCTURE OF THE INDUSTRY?

Relative spending on OMPs has increased over 
the last 20 years, but this has been almost 
completely compensated for by flat 

expenditure for non-OMPs and increased 
volumes of generics
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ACCESS TO OMPS: EU COMPARISONS
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ACCESS TO OMPS - NUMBER: SPAIN

Around 50% of OMPs authorised by EMA are commercialised and reimbursed in Spain
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ACCESS TO OMPS: EVOLUTION SPAIN
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ACCESS TO OMPS: DURATION OF P&R NEGOTIATIONS SPAIN
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Evolución del tiempo desde la 
asignación del CN a los MMHH 
hasta su comercialización efectiva



ACCESS TO OMPS: DURATION OF NEGOTIATIONS SPAIN

• Most OMPs are available within a maximum period of 2 years after obtaining the CN – acceptable period. 

• However, of the 14 OMPs with times greater than 2 years, for 9 (64%) the delay is greater than 3 years

 Over and above, various reasons: ‘challenges’ during price negotiations, strategic decisions of companies…
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AELMHU ‐ Boletín informativo 
II Edición ‐ 30 ‐09.2019 Análisis de todos los medicamentos con nombre comercial que tienen vigente la designación huérfana a fecha de 30 /09/19

A 30 de septiembre de 2019, 58 medicamentos 
huérfanos, que mantienen la designación, 
están comercializados en España

151
MMHH con designación 
huérfana por la EMA1

97
MMHH autorizados en 

España (CN)3

108
MMHH con autorización de 

comercialización (AC) en UE2

58
MMHH comercializados 

en España3



AELMHU ‐ Boletín informativo 
II Edición ‐ 30 ‐09.2019 Análisis de todos los medicamentos con nombre comercial que tienen vigente la designación huérfana a fecha de 30 /09/19

59,8%
COMERCIALIZADOS

53,7%
COMERCIALIZADOS

vs.

58 
comercializados 3

108 
con AC2

58 
comercializados3

97 
con CN3

vs.

Por tanto, sólo el 54% de MMHH aprobados en 
UE se comercializan en España, siendo el 60% 
de los que tienen CN

AC= autorización comercial. 
CN= código nacional
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(SOME) FINAL REMARKS…

• Relative spending on OMPs has increased over the last 20 years, but this has been almost completely 
compensated by flat expenditure for non-OMPs and increased volumes of generics….

• Perhaps reflecting a shift towards expenditure in higher cost, lower volume patient populations…

• … and a shift in drug development towards more specialised targeting of diseases. 

• Impact of legislation? (pull incentives seems to have worked)

• But inconsistency across Member States – different access: 

• Pricing and reimbursement systems are national competency 

• Different access might reflect different needs, but there needs to be further coordination at European level for 
OMPs in particular

• Is there a willingness to pay a price premium for OMPs (vs non-OMPs)?
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Thanks for your attention!

Dr Jorge Mestre-Ferrándiz

Independent Economics Consultant

Profesor Asociado, Universidad Carlos III, Madrid

Visiting Fellow, Office of Health Economics 

Profesor de Health Economics de FT / Instituto de Empresa (IE) Business School

Director, Oxford Martin Programme on Affordable Medicines, Oxford Martin School, University of Oxford

Honorary Visiting Lecturer, Department of Economics, City University London

Views expressed are my own

Email: jormesfer13@gmail.com
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