






[image: PDFHALL.COM]






Menu





	 maison
	 Ajouter le document
	 Signe
	 Créer un compte







































ertc13 proceedings



















 Télécharger le PDF 






 2MB taille
 16 téléchargements
 378 vues






 commentaire





 Report
























    13th Workshop  Eurordis Round Table of Companies    December 13th, 2010  Paris, France    Les Salons de l’Aéro‐Club de France, Paris     



 



“Patients' Access to OMPs, Innovative Pricing Schemes and National Measures in a Global Financial & Economic Crisis Environment” 



    y Introduction y Concept Paper y Programme y List of Participants y Presentations & Speakers y Breakout Sessions Reports



2



13th Workshop of the Eurordis Round Table of Companies - December 13th, 2010 - Paris



INTRODUCTION



The 13th Workshop of the EURORDIS Round Table of Companies (ERTC), entitled "Patients' Access to OMPs, Innovative Pricing Schemes and National Measures in a Global Financial & th



Economic Crisis Environment", was held on 13 December 2010 at the Aero-Club de France, Paris,



France. This workshop addressed an important aspect of orphan drug availability: pricing and reimbursement. This topic was timely in a global financial and economic crisis environment, adding pressure on national healthcare budgets, while we are promoting national plans and strategies on rare diseases in all EU Member States, including measures to improve access to orphan medicinal products. For this purpose, the results of two surveys on patient access to orphan drugs were presented. The first survey - conducted by Pr. Mondher Toumi’s group, University of Lyon 1, Claude Bernard - focused on the 19 orphan drugs common to all countries and compared public and exfactory prices. Its key findings supported those previously concluded from the 4th EURORDIS survey presented at the 6th ERTC Workshop: i) a large variability in ex-factory and public prices ii) a much more limited variability in what is being actually charged to the payers, iii) very high prices of some orphan drugs, iv) access controls are an inappropriate response to the problem of cost and v) in reality orphan drugs are not so “special” from a payer’s perspective, hence disregarding their specific status embedded in the EU Orphan Regulation.. In the second survey, conducted by EURORDIS in 2010 with the collaboration of 10 National Rare Diseases Alliances, access to 60 orphan drugs with marketing authorisation in Europe were analysed. Again, the results highlighted the unequal access to orphan drugs for rare disease patients across the EU, in particular in the smaller countries. Overall, orphan drugs are officially unavailable to1/10 EU patients for whom an orphan drug was developed and authorised; and an additional 2/10 EU Patients probably do not have access to their medicines. Above all, this survey made clear the fact that time does not improve availability of an orphan drug: after the first three years of introduction of a given drug in several national markets - giving the
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impression that its availability is increasing - a period of stagnation follows, hence excluding numerous patients from orphan drug access during the 10 to 12 years market exclusivity period. Patients’ access to orphan drugs could be improved through a coordinated EU approach which would include rationalising the assessment of the clinical added-value of newly authorised orphan drugs as well as the common agreement of post-marketing research (risk-benefiteffectiveness management plan) needed to reduce uncertainties and to generate adequate data. The acceptance of this new mechanism by most (if not all) European countries is a critical success factor. The development of the mechanism to implement the common assessment of the clinical added-value of orphan drugs is ongoing in 2011 by the Commission. Additional coordination will be also sought by the Member States and Commission in the framework of the EU Dialogue on Corporate Social Responsibilities to improve patient “access” to orphan drugs across Europe. Both these initiatives would require establishing an open dialogue with all stakeholders. Thus, in the coming years, we will all have the opportunity to be part of and contribute to this notion of early dialogue and a European coordinated approach in order to accelerate the pricing and reimbursement process aiming to allow rare disease patients to have faster access to their orphan drugs. Thank you and warm regards,



Yann Le Cam Chief Executive Officer EURORDIS
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CONCEPT PAPER



The EURORDIS past surveys on Orphan Drug availability in Europe had pointed out unacceptable delays and inequalities in rare disease patients’ access to their medicinal products. As also shown by other independent studies, like the one performed by Alcimed for the EC in 2004, EURORDIS has shown how different factors, like sponsors’ market strategies and local NCA practices and procedures, result in a disparity of access to OMPs across Europe. Many initiatives are in progress at the EU level to improve this situation and, in particular, European collaborations among Member States (MS) are ongoing or are being planned on different aspects of the post-marketing life of Orphan Drugs. Among these, the EUnetHTA aims to create a sustainable system of HTA knowledge sharing, and to promote good practice in HTA methods and processes, while an ongoing EC/DG Health and Consumers tender will study “…the creation of a mechanism for the exchange of knowledge between Member States and European authorities on the scientific assessment of the clinical added value of orphan medicines…”. In 2008, among the conclusions and recommendations of the High Level Pharmaceutical Forum we can read that “Member State authorities, stakeholders and the Commission should strengthen their efforts to ensure access to orphan medicines in all EU Member States. They are therefore called upon to take up the appropriate ideas developed in the Working Group Pricing regarding i) early dialogue on research and development, ii) exchange of knowledge on the scientific assessment of the clinical added value, iii) specific pricing & reimbursement mechanisms and iv) increased awareness on orphan diseases.” Soon after the release of these conclusions, the global financial crisis hit the world and today, with this 13th ERTC workshop, EURORDIS would like to evaluate how the different stakeholders have implemented the above recommendations and what impact, if any, the financial crisis has had on patients’ access to OMPs.  
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The morning session of this 13th workshop will be dedicated to an update of the state-of- the- art on the situation of patients’ access to Orphan Drugs in Europe through two different studies, one focussing on the prices of the 19 orphan drugs common to all EU countries and the second conducted by EURORDIS, in collaboration with the Rare Disease National Alliances, focussing on patients’ access to all 60 orphan drugs with a marketing authorisation in Europe. Three different pharmaceutical companies will be given the opportunity to report on their recent experiences on pricing and reimbursement at national level, highlighting in particular any differences in the national negotiation approaches and attitudes towards new orphan drugs accessing their market. A panel discussion will end the morning session and will explore what pharmaceutical companies and National Competent Authorities (NCA) are ready to do or accept in order to ensure access to patients in a timely and affordable manner. It will also be the opportunity to hear about the new initiative of the Belgian Presidency of the EU: “Corporate Responsibility in the Field of Pharmaceuticals” and in particular on the new “Mechanism of Coordinated Access to Orphan Medicinal Products”. During the afternoon sessions, the attendees will be given the opportunity to discuss on different related and sensitive issues in parallel working groups: 1. Considering the first innovative approaches and concrete experiences, what new pricing scheme could be implemented for orphan drugs in the upcoming years? (e.g. secured sale volumes, risk sharing, ….) Is a single pricing scheme an acceptable option for all Member States? 2. Which coordinated mechanism of access to orphan drugs is needed at the European level? Bearing in mind that decisions on pricing and reimbursement are the exclusive competence of Member States, some common approaches could nevertheless be shared on a voluntary basis and be beneficial for: • •



A more rapid patient access to Orphan Drugs A clearer view on expenditures for health systems while maintaining proportional costs for each Member State. • An increased predictability of sale volumes and accelerated market entry The recent Belgian Presidency initiative could be the occasion for Member States and other stakeholders to collaborate to achieve such an objective.
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3. Some price containment measures are put in place in some Member States: how to handle the specific case of Orphan Drugs? In the context of the global economic crisis, countries like Germany or Spain have undertaken price containment measures. In most cases orphan drugs were not concerned by these measures and thus, there was no impact on patients’ access. The group is asked to discuss if such an approach can be adopted by all Member States or if more adapted containment measures could be developed for Orphan Drugs. 4. What best practices should be implemented at national level to ensure that stakeholders have a real interaction and participation in the different aspects related to patients’ access to orphan drugs? Nowadays, patients are involved in most of the regulatory processes taking a drug to the market authorisation, but only in very few cases are they requested to express their views and opinions on how they value the potential benefit of a new medicine and on what they consider the place of the new medicine to be in the context of their global treatment. Few HTA bodies, or similar institutions, have already started taking into account the opinion of the future « users » of a new treatment. A dedicated HTA group is specifically working on patients’/citizens involvement in HTA activities. Based on these pioneering experiences, the group is expected to discuss how to concretely involve patients in the postmarketing phases at the national level. The reports from these four working groups will feed the final discussion that will conclude this ERTC meeting.
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PROGRAMME Chairpersons: Giulia Del Brenna (DG Enterprise, European Commission) François Meyer (HAS – EUnetHTA) 9:00 – 9:10: Welcome address 9:10 – 9:40: “Comparative Pricing of the Most Common Orphan Drugs across Europe”, Steven Flostrand (Creativ-Ceutical, Luxembourg) 10’question time 9:40 – 10:10: “Rare Disease National Alliances and the Issue of Patients’ Access to Orphan Drugs”, Fabrizia Bignami (EURORDIS); presented by Yann Le Cam (CEO of EURORDIS) 10’ question time 10:10 – 10:55: “Industry Representatives on their Recent Experiences regarding Pricing and Reimbursement at the National Level”, Andras Fehervary (Novartis, Italy), Katia Finck (Shire HGT, France), Zéra Tellier (LFB Biomédicaments, France) 10’ question time 10:55 – 11:25 COFFEE BREAK 11:25 – 11:55: “New Approaches for Drug Pricing”, John Hutton (University of York, UK) 10’ question time 11:55 – 12:50: “What are Pharmaceutical Companies and National Competent Authorities ready to do or accept to Reach a Common Agreement? What are the Limits of their Respective Efforts?” Panel discussion: speakers and panel members (Ri de Ridder – INAMI, Belgium)



Chairperson: Yann Le Cam (EURORDIS) 14:00 – 14:15: Introduction to the parallel breakout sessions and presentation of the 4 discussion topics, Maria Mavris, EURORDIS 14:15 - 15:30: Parallel Breakout Sessions 1. Considering the first innovative approaches and concrete experiences, what new pricing scheme could be implemented for orphan drugs in the upcoming years? (e.g. secured sale volumes, risk sharing, …) Rapporteurs: Andrea Rappagliosi (GSK, Belgium), Bengt Jönsson (Stockholm School of Economics, Sweden). 2. Which coordinated mechanism of access to orphan drugs is needed at the European level? Rapporteurs: Giulia Del Brenna (EC-DG Enterprise, Belgium), Lugdivine Le Dez (Alexion, Belgium). 3. Some price containment measures are put in place in some Member States, how to handle the specific case of Orphan Drugs? Rapporteurs: Elke Hunsche (Actelion, Switzerland), Dorica Dan (Romanian Rare Disease National Alliance). 4. What best practices should be implemented at national level to ensure that stakeholders have a real interaction and participation in the different aspects related to patients’ access to orphan drugs? Rapporteurs: Jean Mossman (HTAi Patient/Citizen Interest Group, UK), Raquel Luengo (Madrid HTA Agency, Spain). 15:30 – 16:15: Feedback from the parallel groups presented by the 4 rapporteurs 16:15 – 17:00: Discussion
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  LIST OF PARTICIPANTS



       Name 



Affiliation 



Country 



Arickx, Francis



Institut national d'assurance maladie invalidité (INAMI)



Belgium



Ashton, Sharon



EURORDIS



France



Bellagambi, Simona



UNIAMO



Italy



Berglund, Britta



Rare Diseases Sweden



Sweden



Bignami, Fabrizia



EURORDIS



France



Bodin, Anne-Mary



EURORDIS



France



Bonjean, Jill



EURORDIS



France



Cantone, Agnès



Orfagen



France



Carbonel, Christophe



Novartis Pharmaceutical AG



Switzerland



Carganico, Germano



RarePartners Srl



Italy



Carr, Lorrie



Millennium: The Takeda Oncology company



USA



Chantelot, Emmanuel



European Biopharmaceutical Enterprises (EBE)



Belgium



Costello, Denis



EURORDIS



France



Dan, Dorica



RONARD (Romanian National Alliance for Rare Diseases)



Romania



Diat, Cedric



Association François Aupetit/IBD



France



De Ridder, Ri



Institut national d'assurance maladie invalidité (INAMI)



Belgium



Del Brenna, Giulia



DG Enterprise, European Commission



Belgium



Delgado, Claudia



FEDER



Spain



Doux, John



Palo Alto Investors



USA



Falte, Virginie



Les Laboratoires Servier (IRIS)



France



Faurisson, François



EURORDIS



France



Fehervary, Andras



Novartis Farma S.p.A.



VA Italy



Finck, Katia



Shire Human Genetic Therapies



France



Flostrand, Steven



Creativ-Ceutical



Luxembourg



Forget, Sylvain



Swedish Orphan - Biovitrum



France



Fucetola, Federico



Dompé Farmaceutici SpA



Italy



Garbil, Bénédicte



LFB Biomédicaments



France



Gatermann, Ruediger



CSL Behring



Germany
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Name 



Affiliation 



Country 



Gillen, David



Gilead Sciences Europe Ltd.



UK



Grant, Angus



Celgene



Switzerland



Grinstead, Eric



Synageva Biopharma Corp.



USA



Heathfield, Adam



Pfizer



UK



Heinrich, Thierry



Talecris Biotherapeutics GmbH



Germany



Helm, Anja



EURORDIS



France



Hülsmann, Elena



Sigma-Tau Arzneimittel GmbH



Germany



Hunsche, Elke



Actelion Pharmaceuticals Ltd



Switzerland



Hutton, John



University of York



UK



Jackman, Dennis



CSL Behring



USA



Jaegle, Ulrike



Novartis International AG



Switzerland



Jageneau, Ingrid



RaDiOrg Belgium



Belgium



Jain, Mohit



Talecris Biotherapeutics GmbH



Germany



Jensen, Lene



Rare Disorders Denmark (RDD)



Denmark



Jönsson, Bengt



Stockholm School of Economics



Sweden



Karimova, Svetlana



National Association of Rare Diseases Patients”GENETICS”



Russian Federation



Kluge, Ben



Bayer Schering Pharma AG



Germany



Knappenberg, Vinciane



Institut national d'assurance maladie invalidité (INAMI)



Belgium



Krueger, Marc



Mark Krueger & Associates, Inc.



USA



Lambrou, Mariana



Greek Alliance for Rare Diseases



Greece



Lassalle, Catherine



Les Entreprises du Médicament (LEEM)



France



Le Cam, Yann



EURORDIS



France



Le Dez, Lugdivine



Alexion



Belgium



Lipucci di Paola, Michele



AVLT/EURORDIS ( Thalassemia)



Italy



Loth, Kevin



Celgene Limited



UK



Luengo, Raquel



Madrid HTA Agency



Spain



Mann, Mirjam



ACHSE



Germany



Mavris, Maria



EURORDIS



France



Menè, Angela



Sigma-Tau Arzneimittel GmbH



Germany



Mercier, Isabelle



Millennium: The Takeda Oncology company



USA



Meyer, François



Haute Autorité de Santé (HAS) - EUnetHTA



France



Milanova, Tsveta



Celgene



USA
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  Name 



Affiliation 



Country 



Morgese, Paolo



Merck Serono



Switzerland



Mossman, Jean



Mark Krueger & Associates, Inc.



UK



Newlands, Alan



Clovis Oncology Inc.



United Kingdom



Nguyen, Gérard



Rett Syndrome Europe



France



Nourissier, Christel



EURORDIS/Prader-Willi France



France



Ollivier, Anne-Lise



Genzyme



France



Pang, Francis



Shire HGT



UK



Parker, Samantha



Orphan Europe



France



Podevin, Marieke



Association Française contre les Myopathies (AFM)



France



Pogany, Gabor



Rare Diseases Hungary



Hungary



Radaelli, Massimo



ARIAD Pharmaceuticals



USA



Rappagliosi, Andrea



GSK Pharmaceuticals Europe



Belgium



Rodgers, Anne-Toni



Baxter World Trade SA



Belgium



Rollet, Pierrick



GSK Rare Diseases



Belgium



Saltonstall, Peter



National Organization for Rare Disorders (NORD)



USA



Schubert, Sita



Sigma-Tau Arzneimittel GmbH



Germany



Sotirellis, Chris



UK Thalassemia Society



UK



St-Laurent, Sylvie



Pfizer



France



Tellier, Zéra



LFB Biomédicaments



France



Thomas, Geraint



GlaxoSmithKline (GSK)



UK



Tomov, Vladimir



Bulgarian National Alliance



Bulgaria



Turner, Peter



CSL Behring



USA



Ulbrich, Jutta



Bayer Schering Pharma AG



Germany



Voutsinas, Gerasimos



Greek Alliance for Rare Diseases



Greece



Willemsen, Jose



VSOP



The Netherlands



Williams, Angela



BioMarin Europe



UK



Wong-Rieger, Durhane



Canadian Organization for Rare Disorders (CORD)



Canada



Zmazec, Vlasta



Croatian Society for Rare Diseases



Croatia
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Presentations and Speakers



Disclaimer “The views and opinions expressed in the presentations hereafter are solely those of their authors and do not necessarily reflect those of EURORDIS” “For confidentiality reasons, permission to publish one of the presentations was not granted”



y Mr. Steven Flostrand, Creativ-Ceutical, Luxembourg y Mr. Yann Le Cam, EURORDIS, France y Mr. Andras Fehervary, Novartis, Italy y Ms Katia Finck, Shire HGT, France y Prof. John Hutton, YHEC, the University of York, UK y Mr. Ri de Ridder, INAMI, Belgium
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Steven FLOSTRAND Pricing and Market Access Director, Creativ-Ceutical, Luxembourg With over ten years of marketing and commercial experience working for pharmaceutical companies such as Sanofi-Aventis and SmithKline Beecham, Steven has a solid track-record of achievement, having successfully built businesses and launched products in both Europe and the USA. He has expertise in the field of CNS and has also worked in OTC and consumer health. In addition to healthcare, Steven spent two years in marketing with Coca-Cola, exploring and learning from the consumer goods industry. For the past four years he has worked as a strategic and marketing consultant to the pharmaceutical industry. During this time, Steven worked on product launch plans, led several market access projects, performed drug portfolio reviews, conducted positioning studies and delivered numerous marketing excellence training programmes. Originally from Canada, Steven studied marketing and international business at the University of British Columbia and at the University of Copenhagen (DiS), graduating with a Bachelor of Commerce degree (with honours) in 1992. In 2000, he completed an MBA at INSEAD, focusing on finance and entrepreneurship. He speaks English and French and has lived and worked in ten countries during his career. Steven is married and lives in Paris. Contact details: Steven Flostrand Pricing and Market Access Director Creativ-Ceutical 33, boulevard du Prince Henri L-1724 Luxembourg [email protected]
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A Comparative Study of Orphan Drug Prices in Major European Markets



ERTC Workshop Steven Flostrand, PMA Director Creativ-Ceutical Paris, 13 December 2010



Presentation Agenda Orphan drug landscape Pricing Study Study Results Discussion of orphan drug pricing
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Orphan Drug Landscape



3



Orphan Diseases: a specific market Severe conditions with no therapeutic options High level of unmet needs Highly targeted customers Well informed end users (patients & prescribers) Low attention of economic decision makers Low volume – high price market



4 Patients' Access to OMPs, Innovative Pricing Schemes/National Measures, in a Global Financial & Economic Crisis



17



13th Workshop of the Eurordis Round Table of Companies - December 13th, 2010 - Paris



Orphan Diseases: an attractive market About 50% of the approved orphan drugs in the USA generate more than $200M in yearly sales ...and 10 are blockbusters Orphan drug sales in Europe are forecast to reach $6 billion by 2013 A market with – –



– –



Less regulatory hurdles Room for market expansion Pro-active patient associations Higher prices… 5



Types of Studies Conducted for Orphan Drugs Blinding



Double-blind



Single-blind



Randomisation



Open-label



Comparator



Randomised



Placebo



Active



Non-randomised



Uncontrolled



Dose ranging



Single-group assignment



Historical



Reference Pop



Many orphan drug trials are no different from normal drug trials in their design But one-third are still open-label, non-randomised & uncontrolled 6 Source www.clinicaltrials.gov and Creativ-Ceutical analysis
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EMA Orphan Drugs Policy: 71 Success Stories Approved Orphan Indications in EU (n=71) 14 12 10 8



6 4 2 0



2000



2001



2002



2003



2004



2005



2006



2007



2008



2009



2010



7



Orphan Drug Indications (52 drugs approved in 71 indications)



Respiratory 6%



Other 10% Oncology 37%



Cardiovascular 6% Muscular and nervous system 11%



MetabolismEndocrinology 19%



Haematology 11%
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Comparison of Orphan Drug Annual Costs Across EU-5 Countries Variations in public prices are large Deviation from EU-5 average



Average public prices 250000 200000



–



150000



–



Min = 68% Max = 136%



100000 50000 0 France (n=43)



Germany (n=52)



Italy (n=24)



Spain (n=41)



UK (n=47)



Creativ-Ceutical analysis based on public and ex-factory prices and indicated use of orphan drugs, 2009
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France: Annual Cost of Orphan Drug Therapy Annual treatment cost/patient (Public Price €)



9 drugs >200 000€/year Mean = 138 000€ Median = 33 670€
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Creativ-Ceutical analysis based on public prices and indicated use of 37 orphan drugs, 2009
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Germany: Annual Cost of Orphan Drug Therapy Annual treatment cost/patient (Public Price €)



10 drugs > 200 000€/year Mean = 178 000€ Median = 42 770€
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Creativ-Ceutical analysis based on public prices and indicated use of 35 orphan drugs, 2009



3



5



7



9



11 13 15 17 19 21 23 25 27 29



11



Italy: Annual Cost of Orphan Drug Therapy Annual treatment cost/patient (Public Price €)



9 drugs > 200 000€/year Mean = 225 000€ Median = 68 020€
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Creativ-Ceutical analysis based on public prices and indicated use of 28 orphan drugs, 2009
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Spain: Annual Cost of Orphan Drug Therapy Annual treatment cost/patient (Public Price €)



7 drugs > 200 000€/year Mean = 152 000€ Median = 43 200€
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United Kingdom: Annual Cost of Orphan Drug Therapy Annual treatment cost/patient (Public Price €)



6 drugs > 200 000€/year Mean = 105 000€ Median = 18 930€
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Creativ-Ceutical analysis based on public prices and indicated use of 38 orphan drugs, 2009
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Comparison of Orphan Drug Annual Costs Across EU-5 Countries Variations in ex-factory prices are much smaller Deviation from EU-5 average



Average ex-factory prices 250000 200000



–



150000



–



100000



Min = 92% Max = 107%



Price corridors are much easier to manage with orphan drugs



50000



0 France (n=43)



Germany (n=52)



Italy (n=24)



Spain (n=41)



Creativ-Ceutical analysis based on public and ex-factory prices and indicated use of orphan drugs, 2009



UK (n=47)
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Orphan Drug Price Analysis in Europe
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The Sliding Scale of Blockbuster Sales: prevalence dictates price



Specialist product



Annual Cost



1,000,000
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Source: Adapted from Datamonitor, “Orphan Drug Strategies”, DMHC2548, September 2009
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Prevalence Dictates Price Or Does It? Study of Orphan Drug Prices in Europe 5 largest European markets 71 drugs/indications screened 45 drugs reviewed – –



– – –



France = 37 Germany = 35 Italy = 28 Spain = 35 UK = 38



19 drugs common to all markets 18 Patients' Access to OMPs, Innovative Pricing Schemes/National Measures, in a Global Financial & Economic Crisis
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European Pricing Model Model: General linear model Test: log univariate Poisson distribution Study manager –



Pr. Mondher Toumi, University of Lyon I, Claude Bernard
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Price Modelling Variables Tested Prevalence Disease area Age target population Vulnerability Severity of disease Burden of care Disabling Number of alternatives Course of illness Prognosis



ATC code Treatment line Improved benefit Placebo control Active control Trials size Number of trials Early entry Approval year 20
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Summary of Model Findings: Where is the significance? France Prevalence Prognosis - Non Vital - Vital Age - Elderly - Adults - Children - Infants Course of Illness - Chronic - Acute Severity - Very severe - Severe Burden of Care - Very Heavy - Heavy - Moderate Number of Alternatives Treatment Line - First - Other Evidence of Benefit Year of Approval Number of studies



Germany



Italy



Spain



United Kingdom



PR 0.94



p-value 0.26



PR 0.91



p-value 0.20



PR 0.93



p-value 0.35



PR 0.93



p-value 0.20



PR 0.86



p-value 0.12



1.00 0.56



0.26



1.00 0.62



0.40



1.00 2.91



0.27



1.00 0.56



0.29



1.00 1.02



0.97



1.00 0.44 2.12 0.58
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France: Price versus Prevalence 1,200,000 €
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Germany: Price versus Prevalence 1,600,000 €
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Italy: Price versus Prevalence 2,000,000 €
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Spain: Price versus Prevalence 1,200,000 €
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UK: Price versus Prevalence 1,200,000 €
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France: Price versus Innovation* 5
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Germany: Price versus Innovation* 5
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Annual Treatment Cost *Innovatioscore + expert judgement in cases where no ASMR was available (inverted scale)
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Italy: Price versus Innovation* 5
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Annual Treatment Cost *Innovation is based on the French ASMR score + expert judgement in cases where no ASMR was available (inverted scale)
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Spain: Price versus Innovation* 5
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Annual Treatment Cost *Innovation is based on the French ASMR score + expert judgement in cases where no ASMR was available (inverted scale)
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UK: Price versus Innovation* 5
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Annual Treatment Cost *Innovation is based on the French ASMR score + expert judgement in cases where no ASMR was available (inverted scale)



31



France: Price versus # Alternatives* 10 9 # Alternatives
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Germany: Price versus # Alternatives 10 9 # Alternatives
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Spain: Price versus # Alternatives 10 9 # Alternatives
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UK: Price versus # Alternatives 10 9
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Key Findings from Model Among the 19 orphan drugs compared, no factors were significant predictors of price – –



Non-significant trend for prevalence Overall non-significant trend for number of available alternatives (significant for France)



Orphan drug pricing does not appear to be based on factors typically associated with orphan diseases
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Orphan Drug Pricing: Discussion
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Discussion: The end of being special? Three criteria underlie ‘normal’ drug reimbursement decisions* – – –



Therapeutic value Cost-effectiveness Burden of disease



Due to the high burden of disease, orphan drugs have been reimbursed with limited evidence of therapeutic value and no evidence of cost-effectiveness Until recently, orphan drug budget impact has been limited enough for this not to matter – –



In 2006, orphan drugs were 1% of healthcare budgets** Today, orphan drugs may be up to 5% of healthcare budgets***



*Role of budget impact in drug reimbursement decisions. Cohen JP, Stolk E, Niezen M., Tufts University. ** Source: IMS analysis *** Budget impact analysis of orphan drugs in Belgium: estimates from 2008 to 2013 Alain Denis Lut Mergaert1, Christel Fostier, Irina Cleemput, Steven Simoens
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Discussion: Is there an impending “tsunami” of orphan drugs? There are over 700 designated orphan drugs; only 10% are marketed Orphan drugs already have a large budget impact on healthcare systems Consequences already seen among national and regional payers – – –



EU Orphan Drug Approvals and Authorisations 120



100



80



60



40



Sweden only recommends 56% of orphan drugs for use Scotland rejected 46% of reviewed drugs Payers create hurdles to orphan drug access to limit the budget impact



20



0



2000 2001 2002 2003 2004 2005 2006 2007 2008 2009 2010 Approval



Authorisation
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Discussion: Should payers cap the annual cost of orphan drug therapy? The CEPS in France has proposed a ceiling on annual drug costs of 50,000€ – what would be the impact? 2,000,000



France 1,800,000



Germany 1,600,000



Italy



1,400,000



Spain



Up to 15 drugs across the EU-5 are above this threshold
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Creativ-Ceutical analysis based on public prices and indicated use of orphan drugs, 2009
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Discussion: Will economic evaluation stop orphan drug development? Access controls are an inappropriate response to the problem, which is the high price of many orphan drugs versus their uncertain benefits Payers will argue for cost effectiveness evaluation of orphan drugs Appropriate calculations are needed: but is it possible?



42 Source: Office of Health Economics
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Discussion: The future of orphan drug pricing Our prediction: orphan drug pricing will shift from perceived to objective value Our recommendation: build evidence using all the possible levers – –



– – –



Early use to demonstrate benefit (e.g. ATU) True cost of illness Vulnerability and poor QoL of patients Health economic evidence Calculate budget impact



Our goal: not necessarily lower prices but more rational orphan drug pricing 43



Thank you for your attention!



Steven Flostrand Pricing and Market Access Director Creativ-Ceutical [email protected] Tel: +33 6 7276 8458
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Due to unforeseen circumstances, Mr. Yann Le Cam made this presentation in place of Dr. Fabrizia Bignami. Yann LE CAM Chief Executive Officer of EURORDIS Yann Le Cam is a patients’ association advocate who has dedicated 25 years of professional and personal commitment to health and medical research non-governmental organisations in France, Europe and the United States in the fields of cancer, HIV/AIDS and rare diseases. Yann was one of the founding members of the European Organisation for Rare Diseases (EURORDIS) in 1997 and contributed to the adoption of the European Regulation on Orphan Drugs in December 1999. In 2001, he was appointed Chief Executive Officer of EURORDIS. Yann was one of the three patient representatives appointed to the Committee for Orphan Medicinal Products (COMP) at the European Medicines Agency (EMA) from 2000 to May 2009 and served as its Vice Chairman from 2000 to 2006. He was highly involved in advocating for the adoption of the European Commission Communication on Rare Diseases (November 2008) and the adoption of the European Council Recommendation on Action in the field of Rare Diseases (June 2009). He is now appointed as patient representative in the European Committee of Experts on Rare Diseases (EUCERD), previously DG Sanco Task Force on Rare Diseases. In addition, Yann is the Treasurer of the European Platform of Patients’ Organisations, Science and Industry - EPPOSI (Brussels), a think tank for European policy on public health and health research. Yann held different high-level positions: - Director General of AIDES Fédération Nationale from 1992 to 1998; - Special Advisor to the French Neuromuscular Association (AFM) from 1998; - Co-founder in 2000 of the Alliance Maladies Rares - a national umbrella organisation of over 150 patient associations in France; - Founding member and Vice Chair of the Board of Directors of the International Alliance of Patients’ Organizations (IAPO), from 1998 to 2000 (London); - Executive Board Member of the French National Health Authority (ANAES) from 1999 to 2004, and member of the Commission Quality Information of HAS (Paris) from 2004 to 2008. Yann trained at the “Institut Superieur de Gestion” (MBA, 1984) and at the “Hautes Etudes de Commerces” - HEC (Executive MBA, 2000). He has three daughters, the eldest of whom has cystic fibrosis. Contact details: Yann Le Cam CEO European Organisation for Rare Diseases (EURORDIS) Plateforme Maladies Rares 96 rue Didot 75014 Paris France [email protected]   Patients' Access to OMPs, Innovative Pricing Schemes/National Measures, in a Global Financial & Economic Crisis
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www.eurordis.org



Inventory of Access and Prices of Orphan Drugs across Europe: A Collaborative Work between National Alliances on Rare Diseases & Eurordis Yann Le Cam Chief Executive Officer, EURORDIS Vice Chair, EU Commitee of Experts on Rare Diseases (EU CERD) Past-Vice-Chair, Committee Orphan Medicinal Products (COMP), EMA



Access to care in the current context • Each European country faces economic difficulties • There is a temptation to stop and even reduce the improvements obtained for patients with rare diseases Orphan Drugs are the ideal scape goat: - Some Orphan Drugs are individually expensive - true - Some Orphan Drugs are actually profitable - good but also - “Pharma Industries are bad boys” - “RD Patient Organisations are communitarian lobbyists”



• Some unethical positions expressed by few policy makers and academic leaders 2
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Protecting Orphan Drugs • We must defend this innovative process of drug development • From a ‘Justice’ point of view • As a pilot for innovation & access to innovation



• We must struggle against misconceptions about ODs • • • •



“The most profitable sector in pharma” “The tsunami of ODs” – refer to EURORDIS’s counter analysis “The “Glivec” precedent as the “orphan blockbuster” “OD are not accurately evaluated”...........



Inventory of the real-life situation of European Patients with respect to ODs Discuss strategies to improve overall access for European Patients to ODs 3



‘Orphan Drug’ life: the stakeholders Development • • • • • •



Pharma Industry Academic Researchers Patient Organisations European disease networks EMA EURORDIS



A European frame, because ODs are generated through a European policy



Access • National Competent • • • •



Authorities National Insurance Systems Pharma Industry Patient Organisations National Alliances



A multi-National frame, because Patients are primarily supported by national policies
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A collaborative inventory of ODs In July 2010, the EURORDIS Board of Directors decided to draw up an inventory of access and prices of ODs across Europe



Eurordis



National Alliances • Collected the data



• Provided a common data



• Through own POs network • By contacting • • •



Pharmacies Insurances Professionals.....



collection template • Registration and analyses • Feedback of the overall results to participants
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10 National Alliances collaborated • Belgium



representing



• Denmark • France



2.2 Millions patients* among 256 Millions EU citizens from 10 countries



• Greece • Hungary • Italy •The Netherlands • Romania • Spain • Sweden



returned



480 cards describing the real life situation of 60 ODs



* patients concerned by an authorised OD according to the prevalence of the condition and the national population
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Availability of 60 ODs with EU MA, by country Number of available ODs in each country 60 50 40 30
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unavailable ? available
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20
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FRA NTL DNK ITA HUN BEL ESP ROM GRE SWE
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Patients with potential access to ODs, by country % of patients with potential access 100



b c
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b c
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Rarest ODs, less available ? % of « access » 100



Number of ODs available Patients accessing to ODs



b c
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Availability by therapeutic field : the products



100% 80% 60% 40%



64%



59% 47%



20% 0%



metabolic diseases (n=14)



oncology (n=23)



unavailable ? available



others* (n=23)



* others: cardiology, neurology, pneumology, hematology, immunology, inflammation, 10
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Access by therapeutic field : the population served



Number of ODs available



80%



Patients accessing to ODs



60%



c



b



c



40% 20% 0%



metabolic diseases (n=14)



oncology (n=23)



others* (n=23)



* others: cardiology, neurology, pneumology, hematology, immunology, inflammation, 11



Patients with access or not to Orphan Drugs metabolism (14)



28%



1% 63%



oncology (23)



others (23) 8%



10%



28%



17%



64% 73%



metabolism



oncology



others



total



Target population*



237 000



1 268 000



739 000



2 244 000



With access



162 000



930 000



472 000



1 565 000



?



73 000



212 000



206 000



491 000



Without access



2 300



125 000



61 000



188 000



* patients concerned by an authorised OD according to the prevalence of the condition
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Diffusion of ODs across Europe by therapeutic field Number of ODs according to their level of diffusion



12 10 8 6 4



others oncology metabolism
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0-4 5-6 7-9 countries countries countries
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21 Orphan Drugs widely available



# Orphan Drugs



12 8



0



14



others oncology metabolism



4



7-9 countries



Exjade™ Fabrazyme™ Somavert™ Aldurazyme™ Myozyme™ Naglazyme™



Glivec™ Tasigna™ Afinitor™ Lysodren™ Nexavar™ Sprycel™ Torisel™ Yondelis™ Evoltra™ Litak™ Revlimid™



Tracleer™ Vidaza™ Volibris™ 13% of others (23)



52% of oncology (23)



35% of metabolism (14)
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25 Orphan Drugs with limited availability Pedea™ Revatio™ Ventavis™ Firazyr™ Nplate™ Xagrid™ Thelin™ Mozobil™ Revolade™ Inovelon™ Prialt™ Onsenal™



# Orphan Drugs



12 8 others oncology metabolism



4 0



5-6 countries



Elaprase™ Kuvan™ Orfadin™ Replagal™ Wilzin™ Carbaglu™ Cystadane™ Increlex™



Atriance™ Savene™ Arzerra™ Busilvex™ Trisenox™



52% of others (23)



22% of oncology (23)



57% of metabolism (14)
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14 Orphan Drugs scarcely available



# Orphan Drugs



12 8



0



16



others



4



oncology metabolism 0-4 countries



Thalidomide Gliolan ™ Tepadina™ Photobarr™ Ceplene™ Mepact™



Soliris™ Diacomit™ Ilaris™ Firdapse ™ Arcalyst™ Cayston™ Siklos™ Nymusa™ 35% of others (23)



26% of oncology (23°



None of metabolism
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Availability of ODs by date of Marketing Authorisation



countries



9



6



3



0



j-01 2001



j-03 2003 metabolism



j-05 2005 oncology



j-07 2007 others



j-09 2009



j-11 2011



date of MA
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Mean national price*%vs minimum EU price



150-160% 140-150% 130-140% 120-130% 110-120% 100-110%



* for each OD, the national price was compared to the lower in EU, these ratios were thereafter averaged by country
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Mean national price vs mean EU price



120-130% 110-120% 100-110% 90-100% 80-90%



* for each OD, the national price was compared to the mean EU value, these ratios were thereafter averaged by country



19



Individual Price vs Collective Cost



NCA Perspective



To assure return on investment (previous development) and further profits (including for R&D)



To make financially possible the availability of ODs. To foresee possible significant cost increase (number of patients)



# of patients



Pharma Perspective



Individual price



2 parameters for mastering costs - the actually paid price - the number of patients treated 20
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Individual Price vs Collective Cost : at least 4 actual strategies known untreated patients limited over expense



saving Individual price



q reimbursement limited over expense # of patients



p



possible over expense # of patients



saving



# of patients Individual price



o # of patients



n



possible over expense



Individual price



Limited # of patients



Individual price



Price negotiation



Specific rebate



Basic saving



Basic saving



Contractual turnover



Possible over expense



Possible over expense



Controlled over expense



Controlled over expense



Possible re-export



“International price”



“International price”



“International price”



Untreated patients
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Price vs Cost • The concepts of “price” and “cost” seem to differ in some countries. This makes it difficult to perform comparisons between countries. There is probably more heterogeneity in costs than in prices.



• A European Reference Price may avoid re-export, but a large discrepancy between official prices and actual costs expose the smaller (weaker) countries to be the only ones to pay the “full price”
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Fact Findings • For nearly 1 out of 10 patients in EU, a developed OD is officially unavailable.



• By adding the ODs in the “grey area” –were information on availability is difficult to find -, the lack of availability goes up over 30%.



• Introduction in the different EU markets is not just a question of time: after the first 2 years, the availability of OMPs desperately does not increase anymore across EU.



• Rare Cancers represent 38% of authorized ODs and 56% of patients potentially treated with an OD in Europe today .
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Conclusions • The rarer the diseases, the least the access • The smaller the countries, the more neglected the patients are • The better the national healthcare organisation for rare diseases in the country, the better the access



• The more expertise available and organised across Europe, the better the access
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Thank you



• Special thanks to the 10 National Rare Disease Alliances who participated in and dedicated about 40 to 60 hours each to this collaborative work



• Special thanks to Eurordis – François Faurisson & Fabrizia Bignami & Simone Keita & Anja Helm – for coordinating and dedicating 500 hours overall, to send quality feedback on due time to participating National Alliances
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Andras FEHERVARY Head Market Access & External Affairs, Novartis Oncology Europe, Italy



Andras Fehervary is Head of Market Access and External Affairs for Novartis Oncology Europe. Andras leads an integrated team of four directors responsible for Pricing & Health Economics; Reimbursement & Listing; Communications & PR; and Patient Advocacy and Professional Relations. Andras reports to Dr. Guido Guidi, President of Novartis Oncology Europe and is a member of the Strategy Committee Oncology Region Europe (SCORE). He is personally responsible for External Affairs for Novartis Oncology Europe Contact details: Andras Fehervary Head Market Access & External Affairs, Novartis Oncology Europe Novartis Farma S.p.A. Largo Umberto Boccioni, 1 I-21040 – Origgio VA Italy [email protected]  
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13th Eurordis Round Table of Companies Paris, Les Salons de l’Aéro-Club de France



Recent Novartis Experience & Perspectives on Preserving Access in the Time of Crisis Andras Fehervary Head Market Access & External Affairs, Novartis Oncology Europe



Background – Major European Trends 2010 I Increasing i Challenges Ch ll ffor M Market k tA Access



ƒ Financial crisis with negative GDP growth rate, increase of unemployment and public debt debt, currency fluctuations in non Euro zone countries



ƒ % growth OD & cancer drug budgets (Sweden example)



ƒ Increasing market access delays incl at regional level (Italy, Spain, etc) Source: www.comparatorreports.se; AIFA
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.. Potential for worsening due to high variability across countries.. countries Healthcare % GDP (2008)



2009 General Govt Deficit (-) and Surplus (+) as % GDP Growth in GDP and public debt, Euro area



ROM EST 11.00 CYP 9.00 LIT 7 00 7.00 POL 5.00 LAT 3.00 CZE



-14.3 to -9.1 -9.1 to -6.8 -6.8 to -5.3 -5.3 to -2.7 -2.7 to +9.7
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SLO
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Country



Deficit % GDP (2009)



Healthcare % GDP (2008)



Greece



-13.6



9.7



Spain



-11.2



8.4



UK



-11.5



8.4



Italy



-5.3



9.0



Source: European Commission and OECD (underlying data)



Currencies fluctuations – Impact on prices “P d t X” prices “Product i iin E Euro over 496 d days considered id d ((revisions i i applied) li d) Austria Belgium Bulgaria



12,00



Cyprus Czech Rep. Denmark



11,00



Estonia Finland France Germany



10,00



Greece Hungary g y Ireland



9,00



Italy Latvia Lithuania



8 00 8,00



N th l d Netherlands Norway* Poland Portugal



7,00



Romania * Slovakia* Slovenia



01//06/2009



01//05/2009



01//04/2009



01//03/2009



01//02/2009



01//01/2009



01//12/2008



01//11/2008



01//10/2008



01//09/2008



01//08/2008



01//07/2008



01//06/2008



01//05/2008



01//04/2008



01//03/2008



01//02/2008



6,00



Spain Sweden Switzerland United Kingdom
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Spectrum of Innovative Pricing Models



Risksharing Value based Outcomesbased pricing



Financialbased schemes



Pricevolume g agreement



schemes



Capitation/ es o d Threshold



Evidence de e op e t development



Performance



Outcomes Guarantee



Capping / Rebates



level)



ƒ Value based pricing (sub populations) ƒ Achievement of overall treatment target (population) ƒ ƒ ƒ ƒ



Price & volume agreements Capitation p agreements g ((on patient p or p population p basis)) Portfolio agreements (on patient or population basis) Portfolio trade-offs



Other



Portfolio



ƒ Outcomes O tcomes based / treatment response (indi (individual id al



Services



ƒ Value added services



Afforrdability



Financ cial



Performan nce



Most Common Types of Innovative Pricing Models



Consumer Oriented



ƒ Differential p pricing g
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Innovative pricing structures currently in place ILLUSTRATIVE – NOT EXHAUSTIVE



Examples of innovative pricing structures currently in place Pricing structures Implementation models



Traditional contracting



Discounted Cost caps list price Tarceva/ Revlimid



UK



Italy



Financial schemes



Mandatory discounts Details confidential.



Initial discount without outcomes tracking



Initial discount with outcomes tracking



Efficacy guarantee



Sutent



Avastin



Price Refund for revisions nonbased on responders efficacy Velcade



MS drugs



Nexavar/ Sprycel/ Tasigna



Tarceva/ Sutent



Aclasta



Germany



USA



Pay for performance



Extensively used



Avastin



Oncotype Dx



Source: Simon-Kucher & Partners



Win-win-win solution in Romania F patients, For ti t NVS NVS, P Payor • ALL patients in treatment no waiting treatment, lists • Patients offered best available treatment • Patients monitored according to the latest therapeutic protocols



• Maximize number of patients in treatment with NVS products • Company image: Perceived as innovative, great social partner, will to help/cooperate in a difficult crisis context



• NHIH liquidity better managed & Savings & Budget predictability • First time when NHIH will pay y for treatment outcome only • Public image: moral, ethical, oriented towards patients well being
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Unlimited phone service allows the user to make as many or as few calls as needed at a single monthly cost



ƒThis model has replaced the old paradigm where phone users would have to pay for each call they made at the rate specific to the duration and destination of the call, allowing users to talk as much as they needed to with a predictable monthly out of pocket cost. Typical Telephone Invoice NUMBER DIALED +01-617-231-4500 +49-0228-9843 +49 0228 9843 +44-020-7841-5750 +34-91-328-93-70



Unlimited Phone Service Invoice



MINUTES



COST



NUMBER DIALED



MINUTES



18 2 42 13



36.57 0 42 0.42 15.24 26.78



1 UNLIMITED SERVICE PLAN



TOTAL: K 79.01



COST 65.00



TOTAL: K 65.00



Innovative Pricing Models – Per Patient License Fee E Example l – Address Add payer needs d & improve i patient ti t outcomes! t ! The per-patient license program addresses treatment challenges faced by an EU country while a price cut does not country, Objectives of interest to the national health care system: Controls long-term drug acquisition budget growth Increases p predictability y of drug g budget g Removes barriers to optimal treatment Uses existing infrastructure to implement



Price Cut



Per-patient License



? 8 8 9



9 9 9 9



? 8



9 9



Objectives in line with Company business needs: Contributes financially to bridging the care gap Does not compromise pricing in other countries.



| OD Legislation- the EU Experience | Andras Fehervary | 1st Oct 2010 – CORD Ottawa| Business Use Only
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New skills needed Shift from the “physician-prescriber” to a “stakeholder-payer” model



IP/Risk-sharing school



Traditional school



NPV + reall option i analysis l i



NPV



Regulators- and payers-driven R&D



Regulators-driven R&D



Ph III + ex-post ex post information system



Ph III



Price × volume × risk-sharing



Price-per-pill



ex-post demonstration of CE



ex-ante claim of CE



Thorough budget impact forecasting



“Quick & dirty” budget impact



Stratified, personalized medicine



“One size fits all”



Parsimony, appropriateness



“Go marketers go !”



IP = Innovative Pricing



Conclusions Issue description



ƒ International Reference pricing (IRP) limits flexibility of companies ƒ IRP does not necessarily lead to lower prices * ƒ Most countries not willing to accept to pay according to their capability to pay Options



ƒ Exploring innovative pricing approaches to address affordability and treatment gaps



ƒ Holistic and flexible approaches could include: • Performance-based agreements (outcomes guarantee) (capping/rebates portfolio agreements) • Financial agreements (capping/rebates, • Consumer oriented agreements (services, differential prices) 12 | Improving access to ODs - industry's perspective | Andras Fehervary | 14 May 2010 - ERDC Krakow | Business Use Only



*OECD Study on Pharmaceutical Pricing Policies and Danzon/Towse: Differential Pricing for Pharmaceuticals
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Katia FINCK Director Market Access and Public Affairs EMEA, Shire Human Genetic Therapies, France Katia Finck has 15 years professional experience in the Bio-Pharma Industry, of which 13 years in Market Access and Pricing & Reimbursement (P&R). She started her P&R experience in 1997, as an Economic Affairs Executive for a French company (Besins International). From 2000 to 2005, Katia was part of the European Reimbursement Product Access Team for Allergan. During this time, she provided expertise, support and technical guidance to P&R activities at a European level. From 2005 to May 2007, Katia worked at the Brussels’ headquarters of GSK Biologicals, as a Senior P&R Manager. She developed global P&R strategies for new vaccines launches, in line with commercial strategies. Since June 2007, Katia has been Director of Market Access and Publics Affairs for EMEA at Shire Human Genetic Therapies (Shire HGT), a business unit of the global specialty biopharmaceutical company Shire Pharmaceuticals which is specialised in researching and developing treatments for rare diseases. Given her position, Katia has two distinct areas of responsibility. Firstly, she is responsible for developing and implementing P&R strategies to facilitate the introduction of new Orphan Drugs into the EMEA region and sustain their value throughout their lifecycle. Secondly, she is providing and implementing Public Affairs strategies in the Orphan Disease community and is influencing policy and access for Shire HGT products in the region. In Europe, Katia has been representing Shire HGT in a number of trade associations, including EuropaBio (The European Association for Bioindustries) and EBE (European Biopharmaceutical Enterprises). She is also a member of the EURORDIS Round Table of Companies (ERTC) and of EPPOSI (European Platform for Patients’ organisations, Science and Industry). Moreover, Katia has recently been appointed alternate member representing Industry to the European Union Committee of Experts on Rare Diseases (EUCERD), whose role will be to assist the European Commission in developing and implementing the EU’s activities in the field of rare diseases. She will also represent EuropaBio as an expert in the Orphan Drugs sub-group of the platform on “Access to Medicines in Europe” which was launched in September 2010 by
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the European Commission (DG Enterprise and Industry) in the framework of the “Process on Corporate Responsibility in the Field of Pharmaceuticals”. Katia has a Master's degree in Biochemistry, a Post-Graduate diploma in Pharmaco-Economy for Pharmaceutical Industry and a Post-Graduate diploma in Health Marketing. She was also trained at the "European School of Health Economics" and the "ESCP-EAP” in negotiation skills. She speaks French, English and German.



Contact details: Katia Finck Director Market Access and Public Affairs EMEA, Shire HGT 88, rue du Dôme 92100 Boulogne-Billancourt France



[email protected]



Patients' Access to OMPs, Innovative Pricing Schemes/National Measures, in a Global Financial & Economic Crisis



62



13th Workshop of the Eurordis Round Table of Companies - December 13th, 2010 - Paris



Shire’s Recent Experiences regarding Pricing & Reimbursement at the national level 13th Workshop Eurordis Round Table Companies, Paris 13th December 2010 Katia Finck Director Market Access and Public Affairs, EMEA



Our purpose



We enable people with life-altering conditions to lead better lives



1



Outline



• What are the P&R challenges for orphan drugs ? • Elaprase® case study: what are the strategies for a successful pricing & reimbursement of an orphan drug? • How to improve the access of orphan drugs in the future?



To be as brave as the people we help 2
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Understand the role & expectations of multiple stakeholders National Payers



• • • •



Manage budget (medium term focus) Obtain value for money Address healthcare policy priorities Avoid patient/political pressure



Regional and local Payers



• •



Keep within budget (short term focus) Control utilisation



• •



Physicians



Ensure best quality care for patients Keep within prescribing budget in some countries



•



Patients



Get access to best treatment with no or low copayment Be better informed on treatments



•



To be as brave as the people we help 3



Demonstrating value of the drug to payers 1.



Is it worth it? (clinical & economic evaluation)



Cost of drug X



2.



V



Added clinical effect



D



Clinical effect of comparator



R



Is the additional clinical effect worth paying for ? V: Cost of drug X R: Cost of comparator D: Additional cost of drug X



Can we afford it? (budget impact)



Budget Impact



Available Budget



To be as brave as the people we help 4
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Most orphan drugs are likely not to be cost-effective using the standard criteria



• Small and heterogeneous data set • High costs/patient • Absence of appropriate (approved) comparator • Should additional criteria be included in the appraisal? (e.g.SMC)



To be as brave as the people we help 5



Increasing pressure on healthcare budgets and costeffectiveness will also impact rare diseases



• A competitive landscape: an increasingly crowded market (‘big pharma’) • Market is becoming increasingly price-sensitive with more attention also paid to rare disease therapies • Pricing & reimbursement changes with more attention paid also to rare disease therapies • HTA on orphan drugs to regulate access in relation to cost/effectiveness



To be as brave as the people we help 6
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Cost-containment measures impacting orphan drugs in Europe Country



Pricing policy changes



Germany



Statutory rebate on pharmaceuticals raised to 16% effective 1st August 2010. Price moratorium 1st August 2009 to 31st December 2013. Early benefit assessment at time of market access; exception: low (orphan) drugs ( 
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