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14.55-16.15 Multi-stakeholder panel discussion: success factors for collaboration in relation to access 11.15-12.30 PLENARY Theatre room
Q&A from on-site and online audiences Co-Chairs: Sandra Nestler-Parr, Co-Chair-ISPOR Rare Disease Special Interest Group; Trustee -
Moderator: Hans-Georg Eichler, Senior Medical Officer, EMA Alpha—i UK Support Group;‘Head of Rare Dlgeases - Roboleo & Co, UK & Rus;ell Wheeler, trustee
Panelists: Diego Ardigo, Chair, Therapeutic Scientific Committee IRDIRC and Project Lead, Chiesi Group, Italy and patient advocate, Leber's Hereditary Optic Neuropathy Society (LHON Society). UK
Stella Blackburn, Vice President, Global Head of Risk Management, Real-World & Late Phase Research, Quintiles, UK Feedbacl | discussion fr o breakout sess
900 to 1830 Ri de Ridder, Director General, RIZIV/INAMI, Belgium 11.15-12.30 Feedoback and di :& Ission from mor nns breakout sessions Rapporteurs from breakouts
Karen Facey, HTAi, UK ntroduction of afternoon breakout sessions Moderators of breakouts
Ruth Ladenstein, President of Europe’s Pacdiatric Oncology Society, AUStria
09.00-1300 INTRODUCTION € OPENING PLENARY Francois Meyer, Advisor to the President, International Affairs, Haute Autorité de Santé (HAS), France ...f.?:f."...T...1.?.?.‘.’.....Eff.’.'.‘ff?..(ff?.’.‘.’.’.'..f‘..‘?.‘.’.’.’?.’.’f..”.”..’.’.’.‘.’. ........................................................................................................................................................
EXPRESSION OF STAKEHOLDER INTERESTS Theatre room Marco Petschulies, Scientific Advisor, G-BA, Germany
livelvidea streaming Chris Sotirelis, Trustee Advisor, Thalassaemia UK, UK R _
........................................................................................................................................................................................................................................ N ANE DA c _ No .
Co-Chairs: Charles Barker, PrimeMover Associates, USA & Peter 0’Donnell, Politico, Belgium 16.15-16.30 Coffee break (Gallery & Adolphe Max room) 13.30-1530 SIMULTANEOUS BREAKDUT SESSIUNS = New options
09.00-0915 Setting the scene Yann Le Cam, Chief Executive Officer, EURORDIS 16.30-18.00 A collaborative conversation for transformative operational solutions serving the interests of each \éersa"(“estrzora it Eheat;e r:OSmV e £ ESterT'(l mtorz out
09.15-09.30 Introduction Charles Barker, PrimeMover Associates, USA stakeholder Dr:a gu . t'ua Y e A, aEue . rearolt b THicomes
’ ' Moderator: Charles Barker, PrimeMover Associates, USA ata Leneration money across Europe
.30 - 09. Patient case stu 2 consec e Verging : onsistent decisions - . iy . _ - - e -
09.30-09.40 ”_'U ntcasest ILI The cons equences of Fdiver 0' o and ince _\h entdecisions 18.00-18.30 Conclusions from Day 1 Peter 0’Donnell, Politico, Belgium How European Reference Drmoml* r coordination Potential for curopean
Ellzabeth Vroo , PI’ESIdEnt, Dutch Duchenne Parent PrOJECt and Cha'r Of UPPMD‘ Netherlands ....l..é..:g..‘.] ................... é };.‘;:)}.B;;.i .................................................................................................................................................................................. Net‘/\/orks ( ?N,’) LOLIICI L)e Ome OI I_I I L\ ‘]LI C SS Europe‘ Collaboration among
0940-1110 PANEL di SCLSS moderated by Co-ChaiTs o e oo part of the \OIULIO’]/D ablers |~]'7I|L"IL|O"]5 forrare diseases pagers and Companies

\l\/LnL are the 5 ts of pharmaceutical companies developing of quality data generation? Moderator: Wim Goettsch, Moderator: Ri de Ridder,

treal L"lems/LL] rapies for rare disease patients? Moderator: Adam Heathfield, Senior Director, EUNetHTA, Netherlands Director Geheral, RIZIV/

What are the challenges? What are the options moving forward? How do we work together to improve this? Dlrector, Global Health and Value Rapporteur: Julia Chamova, INAMI, Belgium

Q&A from on-site and online audiences IRr,movatmn Cec.tre', F.’ﬂzsr, UKF Director, Global Networks ﬁapporteurlz To fecamg‘j

apporteur: Virginie Bros-Facer, lists :

Panelists: Martin Andrews, Senior Vice President, GSK Rare Diseases, UK Resgarch Infrast?ucture Project (EMEA), ISPOR, Sweden Vi?c:rlSAialyZFlithrzzce:ticals

Simon Bedson, Senior Vice President and General Manager, International Commercial Operations, Vertex, UK Manager, EURORDIS, France Speakers and panelists: Karolina & File 'Manager RIZIV/INAMI

Marc Booty, PST Head - Healthcare, Pictet Asset Management Investment, UK Panelists: Amanda Bok CEO European Hanslik, Health Policy Officer, Belgium: Stefan Weber.

Michael Goettler, Global President, Rare Disease Business, Pfizer Haemophilia Consortium’ (EHé) Belgium: DG SANTE (Directorate Health Director‘Payment Policy,from

Emil Kakkis, President & Chief Executive Officer, UltraGenyx, USA 0800 to 1800 Vinciane Debroux-Pirard Sen,ior " Systems and Products), European Global Public Policy, Novartis;

Tuomo Patsi, President EMEA, Celgene, Switzerland Director Public Affairs Sar}ofi—Genzyme Commission; Trevor Leighton, Jean-Louis Roux Ié’ublic ‘

Questioners: Dimitrios Athanasiou, Patient Expert, Muscular Dystrophy Association Hellas, Greece Netherlands: Ruth Ladenstein President V" Pricing & Reimbursement, Affairs Director EURORDIS

Avril Daly, Chief Executive Officer, Retina International, Ireland 08.00-09.00 PLENARY Theatre room of Europe’s Paediatric Oncolog;/ Society, Shire, UK; Andrea Rappagaliosi, Belgium:; Gottfried Endel,

Jack Scannell, Co-head of Pharmaceuticals - Equity Research, UBS, UK Co-Chair: Sandra Nestler-Parr, Co-Chair-ISPOR Rare Disease Special Interest Group; Trustee - Alpha-1 UK Support Austria; Mauricio Scarpa, Clinical Lead /- Head of Public Affairs Europe. - o 0o o Euidence Based
................................ Chris Sotirels, Trustee Advisor, Thalassaemia UK, UK e Group; Head of Rare Diseases - Roboleo & Co, UK and Sheela Upadhyaya, Associate Director Highly Specialised for Rare Metabolic Discases. Director (200" (856" Mob, \rae®! - Economic Health Care, Main

11.10- 11.40 Coffee break (Gallery & Adolphe Max room) Technologies, Centre for Health Technology Evaluation, National Institute for Health and Care Excellence (NICE), UK of the Centre fqr Ra‘reA Diseases, Helios Officer, European Patier;ts’ Forum Association of Au;tnan Soaql
........................................................................................................................................................................................................................................ 5 Dr Horst Schmidt Clinic, Germany; Belgiu;n‘ Francis Pang, Head ’ Insurance Institutions, Austria
£l diccries 08.00-08.15 Trajectory from Day1& Aims of Day Luca Sangiorgi, Head Medical Genetics X S
_ DAN
11.40-13.00 \\/\H FLdi D_SU)? o .Tﬁcierated biio Chlall_rls Abodi hen considering Sandra Nestler-Parr, Co-Chair-ISPOR Rare Disease Special Interest Group; Trustee and Rare Orthopaedic Diseases, Rizzoli Global Ma]fket ACCEASS; Amicus
L: at are the Interests of mLI”'I“ and 'L] odie “7‘"/' en considering - Alpha-1 UK Support Group; Head of Rare Diseases - Roboleo & Co, UK Orthopaedic Institute, Italy; Matt Bolz- Therapeutics UK Limited, UK
ow to I"T)n ove access to rare disease ti Wl’)leb. ) ~ ~ Johnson, Healthcare and Research
What are the challenges? What are the options moving forward? How do we work together to improve this? 08.15-08.25 Patient case study: Patient Involvement as Game Changers Angela Paton, MPS Society, UK Director, EURORDIS, Germany
Q&A from on-site and online audiences . PR PR
08.25-08.45 INtroduction t0 breakoUt 525510N5 Moderators of BreakoUts e h eSS oS d e a R R RS S e 4 44 s R R SRR eSS s d e h e h R RS eheaea b s sttt s s

Panelists: David Elvira, Director General, Catalonia Medicines Agency, Spain 15.30 - 15.45 Coffee break (Gallery and Adolphe Max room)

Gottfried Endel, Department for Evidence Based Economic Health Care’ Main 09.00 - 11.00 SII\/IUI_T/‘\NEOUS BIL E/‘\KOUT SESSIONS . Emei’ging OptiOﬂS ........................................................................................................................................................................................................................................

Association of Austrian Social Insurance Institutions, Austria

Diane Kleinermans, Ministry of Public Health, Belgium Versailles room Theatre room Estérel room =

. R . 15.45-18.00 PLENARY Theatre room

Marco Petschulies, Saenpﬂc AQV|sor, G_.BA’ Germgny . Breakout 1: Quality Breakout 2: Value for Breakout 3: Outcomes Co-Chairs: Sandra Nestler-Parr, Co-Chair-ISPOR Rare Disease Special Interest Group;

Sheela Upadhyaya, Associate Director Highly Specialised Technologies, Centre for Health Data Generation monev across Europe Trust Albha-1 UK S tG’ - Head of Rare Di Roboleo & Co. UK and ’

Technology Evaluation, National Institute for Health and Care Excellence (NICE), UK y P DTUS.te'? - A'I:)h a0 FL)thport Eroupt, Mea ol ?:)ret ISEﬁSESA— o ctn‘eo H “0’ G an

Questioners: Martin Andrews, Senior Vice President, GSK Rare Diseases, UK Pan-Eur opean disease & Towards a common Innovative pei rformance fmitrios Athanasiou, Fatient Expert, Muscufar Lystrophy Association Hetlas, Lreece

Nicola Bedlington, Secretary General, European Patients’ Forum, Belgium pr oduLt registries to address  European value anc based outcome agreements 15.45-16.45 Feedback and discussion from afternoon breakout sessions Rapporteurs from breakouts

Yann Le Cam, Chief Executive Officer, EURORDIS, France eds Il'stakeholders - _IE ol etor Far Mod K F -

Stijn Vanacker, Global Healthcare Analyst, Global Equity, Robeco, Netherlands eds of all stakeholders "unding DUD%”.m o £ od eratog Zﬁn l?; Poli 16.45-17.00 The role of the European Commission on improving access to rare disease therapies
........................................................................................................................................................................................................................................ Moderator: Vinciane Debroux- orphan medicinal vidence Based Heal olicy Xavier Prats Monn, Director General, Directorate-General for Health and Food Safety, European Commission
300 400 Lunch Adolphe MaX 100 e Pirard, Senior Director Public Affairs,  5roducts: implementing ~ Consuttant, HTAi UK ' ' '

Sanofi-Genzyme, Netherlands 'LL]o ORPH- \/I ﬁLiolfi Rapporteur: Adrian 17.00-17.45 PANEL discussion: Paving the way to a fair, inclusive and on-going multi-
Rapporteur: Xavier Fournie, Corporate 757 Towse, Director, Office of stakeholder approach wlh the potential to generate susta |’n‘7le, affordable and
Medical Director, Executive Vice- Moderator: Lieven Annemans, Health Economics, UK actionable im rovomanti in ’nuom access to rare disease therapies
14.00-18.30 PLENARY : THE IMPORTANCE OF MULTI-STAKEHOLDER COLLABORATION Theatre room President, Global Medical Affairs - Real  Ghent University, Belgium Speakers/panelists: Tim Wilsdon, o - N € Clsease therapies , ! )
Co-Chairs: Charles Barker, PrimeMover Associates, USA & Peter 0’Donnell, Politico, Belgium World Evidence, Mapi Group, France R . Ruedi Vice President, CRA International Co—Mt.)derat(?rs. Charle§ Barker, PrimeMover Associates, USA & Ifauraly Batchelor, D!rector, FIPRA International, Belgium
. apporteur: Ruediger ' : . Panelists: Nicola Bedlington, Secretary General, European Patients’ Forum, Belgium
, . ‘ . Speakers: Henk Blom, Head Laboratory Gatermann. Director Health and Financial Services Consultant, N . o ; .
14.00- 1410 Case study: The importance of multi-stakeholder collaboration for Clinical Biochemistry and Metabolism. o\ s Extornal Affairs E UK; Sheela Upadhyaya, Associate Vinciane Debroux-Pirard, Co-Chair, Joint Task Force on Orphan Drugs & Rare Diseases, EFPIA-EuropaBio, Nethertands
. - : . ) . e . . olicy & External Affairs Europe, . : o Jo de Cock, Chief Executive Officer, National Institute of Health and Disability Insurance (NIHDI), Belgium
Lucia Monaco, Chief Scientific Officer, Fondazione Telethon, Italy University Medical Center Freiburg, . Director Highly Specialised . ) )
Germany: Claudia Crocione, Project CSL Behring, Germany Technologies, NICE, UK; Thomas Karen Facey, Evidence Based Health Policy Consultant, HTAI, UK
1410 -14.25  Collaborating for success Karen Facey, HTAi, UK & Communication Manager, HHT Speakers: Adam Hutchings, Hach. Director Healthcare Systems Victoria Hedley, RD-ACTION Thematic Coordinator for Rare Diseases at Newcastle University Institute of Genetic Medicine, UK
i - Onlus, Italy; Marco Roos, Group leader ~ Director, Dolon Ltd., UK; from Group Global Strategy, Yann Le Cam, Chief Executive Officer, EURORDIS. France
14.25-14.55 Current state of the art in multi-stakeholder collaborative processes and senior scientist biosemantics, Michael Schlander, Professor  Novartis, Switzerland: Charlotte Alexander Natz, Secretary General, EUCOPE, Belgium

Early dialogue initiatives & expedited regulatory pathways

Speakers: EMA, PRIME, Adaptive pathways: Hans-Georg Eichler, Senior Medical Officer, EMA
Clinical trials in small populations: Simon Day, Chair, IRDIRC Small-Patients Clinical

Leiden University Medical
Center, Netherlands; Marieke
Schoonen, Observational Research

of Health Economics University
of Heidelberg, Germany

Roberts, MPS Society, UK

Sandra Nestler-Parr, ISPOR Rare Disease Special Interest Group, UK
Mauricio Scarpa, Clinical Lead for Rare Metabolic Diseases, Director of the Centre for Rare Diseases, Helios Dr Horst
Schmidt Clinic, Germany

Trial Task Force, Director, Clinical Trials Consulting & Training Limited, UK Scientist, Amgen, UK 17.45-18.00 Conclusions & closing remarks

EUNetHTA: Francois Meyer, Advisor to the President, International Affairs, Haute AUtorité de SANte (HAS), FIANCE oo R s s AR R R8RSR 8RR Speaker to be named

Mechanism of Coordinated Access to orphan medicinal products (MOCA) Ana Palma, Global HTA & Patient 11.00 - 11.15 Coffee break (Gallery & Adolphe Max FOOM) s
Access Lead, Sobi, Belglum ........................................................................................................................................................................................................................................ 18.00 End of Day 2 - End of symposium



