
www.orphandrugs-event.com   
Register online or fax your registration to +44 (0) 870 9090 712 or call +44 (0) 870 9090 711

ACADEMIC & GROUP DISCOUNTS AVAILABLE

WORKSHOP A

Planning for success: Developing the optimal 
orphan drug development strategy

08.30 – 12.30 
Workshop Leaders: 

Alex Bloom, Director of Regulatory Affairs, Cell Medica 
Diego Ardigò, Project Leader Advanced Therapies, Chiesi Farmaceutici S.p.A.

WORKSHOP B

Paving the way for achieving 
orphan drug market access

13.30 – 17.30 
Workshop Leaders: 

Ad Rietveld, Director, RJW & Partners
John Spoors, Senior Consultant, RJW & Partners

PLUS TWO INTERACTIVE HALF-DAY PRE-CONFERENCE WORKSHOPS
Tuesday 18th October 2016, Holiday Inn Kensington Forum, London, UK

 REGISTER BY 30TH JUNE AND SAVE £400
REGISTER BY 31ST AUGUST AND SAVE £200
REGISTER BY 30TH SEPTEMBER AND SAVE £100

@SMIPHARM
#smiorphandrugs

 

 SMi Present the 5th Annual Conference on…                                                                

Discuss the latest regulatory developments, explore how to 
reduce costs and learn from the latest innovations in the 
orphan drug landscape

KEY SESSIONS:
 •   Regulatory challenges for orphan products: Focus on 

emerging markets 
 •   Development of orphan drugs to prevent, diagnose 

and treat rare diseases 
 •   Challenges with paediatric orphan drug development
 •   Orphan drug industry and venture capital – key factors 

for a successful partnership

 CHAIR FOR 2016:
 •   Tim Miller, President & CEO, Abeona Therapeutics Inc

FEATURED SPEAKERS:
•   Sheela Upadhyaya, Associate Director Highly Specialised 

Technologies, National Institute for Health and Care Excellence 
•   Cécile De Coster, Associate Director, Regulatory Affairs, 

Alexion Pharma GmbH 
 •   Tony Hall, Therapeutic Area Head Orphan Drugs, Mereo 

BioPharma
 •   Alex Bloom, Director of Regulatory Affairs, Cell Medica 
 •   James McArthur, Chief Scientifi c Offi cer and Co-Founder, 

Cydan Development Inc
 •   Anders Waas, Chief Executive Offi cer, Tikomed

WORKSHOP: 18TH

CONFERENCE: 19TH - 20TH

OCT 2016
HOLIDAY INN KENSINGTON FORUM, LONDON, UK

Sponsored by

and Rare Diseases
Orphan Drugs



Orphan Drugs
Day One  |  Wednesday 19th October 2016

 08.30 Registration & Coffee

09.00 Chairman’s Opening Remarks
 Tim Miller, President & CEO, Abeona Therapeutics Inc

09.10 OPENING ADDRESS
 Market access for orphan drugs 
 •   A brief outline of the NICE Highly Specialised Technology 

(HST) Evaluation process
 •   Topic selection and NICE HST prioritisation criteria 
 •   Working with stakeholders, including patient support 

organisations  
  Sheela Upadhyaya, Associate Director Highly Specialised 

Technologies, National Institute for Health and Care 
Excellence

 
09.50  Regulatory challenges for orphan products: Focus on 

emerging markets
 •   Measuring the differences in regulations cross border 

and how the impact this has
 •   Analysing how these differences infl uence patient’s 

access to drugs
 •   What can be done to ensure the integrity of these 

standards? 
 Alex Bloom, Director of Regulatory Affairs, Cell Medica

10.30  Morning Coffee

10.50  A new business model for developing rare diseases 
treatments

 • The Mereo BioPharma business model
  - acquisition of assets
  - funding the programs
  - what has been achieved to date
 • Case study: Osteogenesis imperfecta
  - the need for an effective therapy in OI
  - anti-sclerostin antibody as a potential treatment for OI
  - the pathway to registration
  Tony Hall, Therapeutic Area Head Orphan Drugs, 
 Mereo BioPharma

11.30  Development of orphan drugs to prevent, diagnose and 
treat rare diseases

 •   Reviewing the challenges of orphan drugs development 
and creating workable solutions of to overcome them 

 •   How to establish early access to orphan drugs
 •   Analysing what regulatory bodies can do to support 

companies investing in these drugs
 Tim Miller, President & CEO, Abeona Therapeutics Inc

12.10 Networking Lunch

13.30 KEYNOTE ADDRESS 

 Challenges with paediatric orphan drug development

 •   Complex Issues in developing drugs and biological 

products for rare diseases

 •   How to accelerate the development of therapies for 

paediatric rare diseases

 •   Methods to overcome the challenges of trial design

  Cécile De Coster, Associate Director, Regulatory Affairs, 
Alexion Pharma GmbH 

14.10  Orphan drug industry and venture capital – key factors for 
a successful partnership

 •   Investment in orphan drugs industry is a very attractive fi t 

for venture capital

 •   What venture capital is looking for in orphan drug 

Industry

 •   Key factors you should to consider when searching for 

venture capital 

 Robert Karl, Partner, RBV Capital

14.50 Afternoon Tea

15.20  A case study of patient foundations and industry working 
together

 •   Education is key and it’s a two way street

 •   Working together at all stages, ensuring effective 

collaboration

 •   Providing consistent and accurate information

 Michelle Berg, Vice President, Patient Advocacy, 

 Abeona Therapeutics, Inc.

16.00  A patient group’s perspective on patient recruitment and 
retention

 •   Patient recruitment in Europe

 •   How to maximise patient retention

 •   Why patient groups can be an effective may to 

manage the patient input of clinical trials

 Oliver Timmis, CEO, AKU Society

16.40 Chairman’s Closing Remarks and Close of Day One
 Tim Miller, President & CEO, Abeona Therapeutics Inc

DEVELOPMENT OF ORPHAN DRUGS  

REGULATORY UPDATES

 Register online at www.orphandrugs-event.com   

SPONSORSHIP AND EXHIBITION OPPORTUNITIES
SMi offer sponsorship, exhibition, advertising and branding packages, uniquely tailored to complement your company’s marketing strategy. Prime networking 

opportunities exist to entertain, enhance and expand your client base within the context of an independent discussion specifi c to your industry. Should you 
wish to join the increasing number of companies benefi ting from sponsoring our conferences please call:

Alia Malick on +44 (0) 20 7827 6168 or email: amalick@smi-online.co.uk

MARKETING OPPORTUNITIES
Want to know how you can get involved? Interested in promoting your services to this market? 

Contact Honey De Gracia SMi Marketing on +44 (0) 20 7827 6102 or email: hdegracia@smi-online.co.uk

Offi cial Publications

INC Research (Nasdaq: INCR) is a leading global contract research organization (“CRO”) providing 
the full range of Phase I to Phase IV clinical development services for the biopharmaceutical and 
medical device industries.  Leveraging the breadth of our service offerings and the depth of our 
therapeutic expertise across multiple patient populations, INC Research connects customers, clinical 
research sites and patients to accelerate the delivery of new medicines to market.  The Company 
was named “Best Contract Research Organization” in December 2015 by an independent panel 
for Scrip Intelligence, and ranked “Top CRO to Work With” among large global CROs in the 2015 
CenterWatch Global Investigative Site Relationship Survey.  INC Research is headquartered in 
Raleigh, NC, with operations across six continents and experience spanning more than 110 countries.  
www.incresearch.com

Sponsored by



 Orphan Drugs
Day Two  |  Thursday 20th October 2016

 08.30 Registration & Coffee

09.00 Chairman’s Opening Remarks
 Tim Miller, President & CEO, Abeona Therapeutics Inc

09.10 OPENING ADDRESS
  Building a patient centric model for rare disease drug 

discovery
 •   Role of patient groups in drug development
 •   Applying artifi cial intelligence to drug repurposing
 •   Supporting non-for-profi t drug discovery
 Tim Guilliams, Chief Executive, Healx 
 

09.50  Rare disease clinical research: Collaboration the key to 
success

 •   Focus on the patient experience and early engagement 
of patients and their advocates drives data quality and 
access to novel therapies

 •   Partnership with quality and experienced sites, 
leveraging their clinical expertise while providing 
operational support ensures quality despite complexity

  •   groups, specialised sites, medical and scientifi c 
leaders, and operational experts in rare diseases 
accelerates drug development and patient access to 
medicines in rare diseases

 Judith Ng-Cashin, Chief Scientifi c Offi cer, INC Research 

10.30  Morning Coffee

10.50  The challenges in defending orphan products pricing
 •   Pricing models for orphan drugs
 •   The changing environment for contracting options
 •   Increasing the likelihood of acceptance of contracting 

options by payers
 Ad Rietveld, Director, RJW & Partners

11.30  Setting reimbursement strategies - How to establish a 
foundation for reimbursement

 •   Analysing how payers are considering reimbursing drugs 
that are coming on the market for orphan drugs and 
rare diseases

 •   Can workable changes be made to improve current 
reimbursement strategies?

 •   Creating a collaborative reimbursement strategy that 
satisfi es and benefi ts all parties involved

 •   Taking a look at regulatory frameworks and how they 
infl uence the reimbursement process

 Nigel Nicholls, Country Director UK/Ireland, BioMarin

12.10 Networking Lunch

13.30  Advancing therapies for Duchenne Muscular Dystrophy (DMD)
 •   Utrophin modulation has the potential to treat all boys 

and young men with DMD, regardless of their underlying 
dystrophin gene mutation

 •   PhaseOut DMD, a Phase 2 trial of lead utrophin 
modulator, ezutromid, expected to report 24 week 
biopsy data from initial group of patients in January 2017 
– could provide fi rst signs of proof of mechanism

 •   Mechanism of action and results to date
 A senior representative from Summit Therapeutics 

14.10  The role of patient associations and how they are helping 
to fund the rare diseases fi eld 

 •   How do patient associations contribute to the funding 
of orphan drugs companies today?

 •   What are the pros and cos of patient organisations 
directly contributing to the funding of orphan drugs 
companies

 •   The role of patient organiSations in promoting drug 
development for their disease

 •   What lessons can be learnt?
 Diana Ribeiro, CEO, Action Duchenne

14.50 Afternoon Tea

15.20 How can partnerships improve the 
 Orphan Drug fi eld?
 •   How to make a multi-stakeholder partnership 

successful?
 •   What role does each stakeholder play?
 •   How can collaboration/partnership improve orphan 

drugs access to  market?
 Panelists: 
 Tim Miller, President & CEO, Abeona Therapeutics Inc
 Nigel Nicholls, Country Director UK/Ireland, BioMarin
 Robert Karl, Partner, RBV Capital
  Michelle Berg, Vice President, Patient Advocacy,
 Abeona Therapeutics, Inc.

16.00  Opportunities and challenges for biotech company to 
develop orphan drugs

 •   Strategy and tactics on the way – building a pipeline
 •   Effective drug development and research
 •   Partnering focus and timing of deals
 Anders Waas, Chief Executive Offi cer, Tikomed

16.40 Chairman’s Closing Remarks and Close of Day Two
 Tim Miller, President & CEO, Abeona Therapeutics Inc

THE PRICING MECHANISM 

A CLOSER LOOK AT RARE DISEASES 

Alternatively fax your registration to +44 (0)870 9090 712 or call +44 (0)870 9090 711

MARKETING OPPORTUNITIES
Want to know how you can get involved? Interested in promoting your services to this market? 

Contact Honey De Gracia SMi Marketing on +44 (0) 20 7827 6102 or email: hdegracia@smi-online.co.uk

Supported by



Planning for success: 
Developing the optimal orphan drug 

development strategy

Workshop Leaders: 
Alex Bloom, Director of Regulatory Affairs, Cell Medica

Diego Ardigò, Project Leader Advanced Therapies, 
Chiesi Farmaceutici S.p.A.

 HALF-DAY PRE-CONFERENCE WORKSHOP
Tuesday 18th October 2016

08.30 – 12.30
Holiday Inn Kensington Forum, London, UK 

 Overview of Workshop:
With an estimated 8,000 rare diseases identifi ed and 
worldwide sales expected to exceed $175bn by 2020, 
commercialising new orphan medicines remains highly 
attractive to the pharmaceutical industry, although 
greater regulatory and market access challenges are to be 
overcome for a product to be successful. 

Developing medicines for rare diseases give rise to unique 
challenges, which often require creative solutions and 
innovative development strategies to overcome. 

This workshop will look at best practices for the development 
of orphan medicines, how to avoid common pitfalls and 
how to “plan for success”. 

Programme:

08.30 Registration and Coffee 

09.00  Strategy and profi ling: laying the foundations for 
success

 •  The importance of a target product profi le
 •  Understanding your regulatory environment 
 •  Knowing your patient population: the value of 

natural history studies and patient registries

11.00 Morning Coffee

11.30 Development, approval and marketing
 •  Clinical development in small populations: 

opportunities and limitations
 •  Expedited development pathways and early 

access schemes 
 •  Developing a market access strategy and the 

value of real world data

12.30  End of workshop 

About the Workshop Leaders:
Dr Bloom acts as Director of Regulatory Affairs at Cell Medica 
(UK), a niche biopharmaceutical company specialising in the 
development of cell therapies to treat rare diseases. He also 
acts as Principal Consultant for Aceso Consulting Ltd, offering 
strategic and regulatory support to the biopharmaceutical 
industry. In the past ten years, he has worked on multiple 
rare disease programs, including the oversight of more 
than a dozen orphan drug applications in the EU and US. 

Dr. Ardigò received his degree in Medicine and the 
specialization in Internal Medicine at the University of Parma 
(Italy). After a post-doctoral fellowship at Stanford University 
(California, US) he obtained a PhD degree in Cardiovascular 
Pathophysiology at the University of Parma. He joined Chiesi 
in 2010 where acted as Clinical Lead in the development and 
registration of the fi rst stem cell therapy in the EU (Holoclar®) 
and is leading the cross-company team (in alliance with 
uniQure BV) that led to the treatment of the fi rst commercial 
patient with a gene therapy in EU. 

About the Organisation:
Cell Medica is committed to improving patients’ lives through 
the signifi cant therapeutic potential of cellular immunotherapy. 
Our approach is to apply innovative technologies with 
the aim of improving the treatment of cancer and 
immune reconstitution following hematopoietic stem cell 
transplant. We have developed a business platform that 
has positioned Cell Medica as a leader in the manufacture, 
development and commercialization of cellular products. 

Chiesi Farmaceutici (www.chiesi.com) is a research-
focused international group, headquartered in Parma 
(Italy). Chiesi researches, develops and commercializes 
innovative pharmaceutical solutions in the respiratory, 
specialist medicine, and rare diseases areas. In 2008, Chiesi 
launched the spin-off company Holostem, dedicated to 
the development of tissue engineered and gene therapy 
products. In 2014, the fi rst advanced therapy candidate was 
approved by EMA, becoming the fi rst medicinal product 
containing stem cells in EU.

Supported by



Paving the way for achieving orphan 
drug market access

Workshop Leaders: 
Ad Rietveld, Director, RJW & Partners

John Spoors, Senior Consultant, RJW & Partners

 Overview of Workshop:
Orphan products are coming to the market at an accelerating 
pace. Although in principle welcoming the introduction of 
products for diseases for which no treatments were available 
before, payers are still contemplating whether the infl ux of 
orphan products will lead to unsustainable cost increases and 
how keep these costs down. The perceived high pricing of 
orphan drugs is clearly a focus and payers are looking for ways 
to ascertain that prices paid are reasonable and sustainable. At 
the same time, manufacturers are seeking news ways of pricing 
orphan drugs so they can recoup their development costs and 
generate a profi t whilst not creating barriers to the funding of 
orphan drugs by payers. The workshop will examine the current 
state of affairs and take a look into what the future may bring 
with a focus on the changing payer environment with a focus 
on pricing models that could be applied to pursusade payers 
to fund new drugs.

Programme:

13.30  Registration and Coffee

14.00  Opening remarks and introductions

14.10   Session 1: Orphan Drugs: Why is regulatory orphan 
drug status still not enough to achieve market 
access at acceptable prices?

 •  Orphan drugs – do payers think a success from a 
quality of healthcare perspective?

 •   Outline of the pricing, reimbursement and access 
process

 •  The real hurdles to orphan drug market access

14.50   Session 2: The payer perspective: Orphan products 
are what we’ve been waiting for!

 •  Growing demand and rising expenditure
 •  The impact of geography – Europe vs US
 •  Payer attitudes to orphan drugs
 •  Payer developments with respect to orphan drugs

15.30  Afternoon Tea

16.00   Session 3: How to ensure that evidence for orphan 
drugs is relevant to the payer

 •  Expectations of evidence in support of pricing 
and access

 •  Are orphan drugs really a special case when it 
comes to evidence?

 •  How payers look at value - it’s not all about price, 
cost and cost-effectiveness

17.30  End of workshop

About the Workshop Leaders: 
Ad Rietveld is a former GP with marketing experience in the 
industry (Solvay) and extensive consulting experience in pricing 
and market access (Cambridge/IMS). Ad was a former national 
payer in the Dutch Ministry of Health and has been a Consultant 
to World Bank, EU and WHO, advising countries on how to 
build their pricing and reimbursement systems. In 2008, Ad co-
founded RJW & partners Ltd, a consultancy that provides pricing 
and market access services to pharmaceutical and medical 
device companies.

John Spoors has over 10 years experience in the industry and 
in consulting. He joined RJW & partners in 2012 and prior to 
that was with Helen Johnson Consulting Limited (HJCL) as an 
Account Executive and subsequently as Policy and Market 
Access Manager.  In his consultancy career, he has worked for 
a number of leading pharmaceutical and patient organisations 
across a broad range of therapy areas including diabetes, 
rheumatology and oncology. By combining politics, science 
and economics has was able to offer his clients a tailored service 
that included Health Technology Appraisal (HTA) advice, tools 
and project management; he also designed and implemented 
a HTA monitoring service for a number of major pharmaceutical 
companies. Before joining HJCL, John was employed as Policy 
and Market Access Executive at Merck, Sharp and Dohme 
where he was responsible for project managing the company’s 
HTA programme for diabetes, HIV and oncology, and assisting 
with policy and public affairs campaigns.  He also managed 
European and Global HTA projects.  John has an academic 
background in politics and economics/natural sciences.

About the Organisation:
RJW & partners Ltd is a UK-based Consultancy with presence in
Europe, US and Australia. RJW & partners provide strategic 
pricing and market access advice to pharmaceutical and 
medical device companies of all sizes. RJW

 HALF-DAY PRE-CONFERENCE WORKSHOP
Tuesday 18th October 2016

13.30 – 17.30
Holiday Inn Kensington Forum, London, UK 
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Title: Forename:

Surname: 

Job Title: 

Department/Division:

Company/Organisation:

Email:

Company VAT Number:

Address: 

Town/City: 

Post/Zip Code:  Country:  

Direct Tel:       Direct Fax: 

Mobile: 

Switchboard: 

Signature:            Date:
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 Payment: If payment is not made at the time of booking, then an invoice will be issued and must 
be paid immediately and prior to the start of the event. If payment has not been received then 
credit card details will be requested and payment taken before entry to the event. Bookings within 
7 days of event require payment on booking. Access to the Document Portal will not be given until 
payment has been received.
Substitutions/Name Changes: If you are unable to attend you may nominate, in writing, another 
delegate to take your place at any time prior to the start of the event. Two or more delegates may 
not ‘share’ a place at an event. Please make separate bookings for each delegate.
Cancellation: If you wish to cancel your attendance at an event and you are unable to send 
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to attend for any reason. Due to the interactive nature of the Briefi ngs we are not normally able 
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placed for Documentation or the Document Portal as these are reproduced specifi cally to order. 
If we have to cancel the event for any reason, then we will make a full refund immediately, but 
disclaim any further liability.
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venue or date of the event compared to the advertised programme.
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data that we hold then please contact our Database Manager databasemanager@smi-online.
co.uk or visit our website www.smi-online.co.uk/updates quoting the URN as detailed above your 
address on the attached letter.

 Payment must be made to SMi Group Ltd, and received before the event, by one of the 
following methods quoting reference P-186 and the delegate’s name. Bookings made within 
7 days of the event require payment on booking, methods of payment:

□ UK BACS Sort Code 300009, Account 00936418
□ Wire Transfer Lloyds TSB Bank plc, 39 Threadneedle Street, London, EC2R 8AU
  Swift (BIC): LOYDGB21013, Account 00936418
  IBAN GB48 LOYD 3000 0900 9364 18
□ Cheque We can only accept Sterling cheques drawn on a UK bank.
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  VAT at 20% is charged on the attendance fees for all delegates. VAT is also charged 
on  Document portal and literature distribution for all UK customers and for those EU 
Customers not supplying a registration number for their own country here. 
 ______________________________________________________________________________________

 If you have any further queries please call the Events Team on tel +44 (0) 870 9090 711 or you can email events@smi-online.co.uk

□ Book by 30th June to receive £400 off the conference price
□ Book by 31st August to receive £200 off the conference price
□ Book by 30th September to receive £100 off the conference price

 EARLY BIRD 
DISCOUNT

 I would like to attend: (Please tick as appropriate) Fee  Total

□ Conference & 2 Workshops £2697.00  + VAT  £3236.40
□ Conference & 1 Workshop    A  □     B  □    £2098.00 + VAT  £2517.60
□ Conference only  £1499.00  + VAT   £1798.80
□ 2 Workshops  £1198.00  + VAT  £1437.60
□ 1 Workshop only     A  □     B  □  £599.00  + VAT  £718.80

PROMOTIONAL LITERATURE DISTRIBUTION 
□  Distribution of your company’s promotional

literature to all conference attendees  £999.00 + VAT £1198.80

 The conference fee includes refreshments, lunch, conference papers, and access to 
the Document Portal. Presentations that are available for download will be subject to 
distribution rights by speakers. Please note that some presentations may not be available 
for download. Access information for the document portal will be sent to the e-mail 
address provided during registration. Details are sent within 24 hours post conference.

□ Please contact me to book my hotel
Alternatively call us on +44 (0) 870 9090 711, 
email: events@smi-online.co.uk or fax  +44 (0) 870 9090 712

 I cannot attend but would like to purchase access to the following 
Document Portal/paper copy documentation Price   Total
□   Access to the conference documentation 

on the Document Portal  £499.00  + VAT  £598.80
□   The Conference Presentations – paper copy  £499.00  -  £499.00

(or only £300 if ordered with the Document Portal)

 Unique Reference Number  

Our Reference  LVP-186
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 Terms and Conditions of Booking
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DOCUMENTATION

VENUE   Holiday Inn Kensington Forum, 97 Cromwell Rd, London SW7 4DN, UK

ORPHAN DRUGS
Conference: Wednesday 19th & Thursday 20th October 2016, Holiday Inn Kensington Forum, London, UK       

Workshop: Tuesday 18th October 2016, London, UK

4 WAYS TO REGISTER
www.orphandrugs-event.com   

 FAX your booking form to +44 (0) 870 9090 712
PHONE on +44 (0) 870 9090 711

 POST your booking form to: Events Team, SMi Group Ltd, 2nd Floor 
South, Harling House, 47-51 Great Suffolk Street, London, SE1 0BS, UK


