emerging orphan drug industry * Michael Skynner, Head of Rare Disease External
Alliances, Pfizer
* Discuss academic and big pharma perspectives on » David Boothe, Global Commercial Leader — GSK Rare
how to overcome the challenges of rare diseases Diseases, GSK

A: Market access to orphan drugs: B: The rare disease patient perspective - from regulatory to
clinical execution
Workshop Leaders:
Workshop Leader: Christa van Kan, Team Lead Clinical Execution, PSR Orphan Experts
Colette Hamilton, Managing Director, ATP Market Access Steve Pinder, PhD Director, Envestia Ltd
8.30am - 12.30pm Nicolas Sireau, PhD, Chairman and CEO, AKU Society
1.30pm - 5.30pm

Controversies; trends and solutions

www.orphandrugs-event.com
Register online or fax your regisiration to +44 (0) 870 9090 712 or call +44 (0) 870 9090 711
ACADEMIC & GROUP DISCOUNTS AVAILABLE

@SMIPHARM



Orphan Drugs and Rare Diseases

Day One | Monday 19th October 2015 www.orphand

8.30 Registration & Coffee 2.00 The academics’ perspectives

¢ Engaging academic institutions to contribute external expertise
to overcome development hurdles

* Drivers for academics to participate in development programs

* Key elements of partnering

Dr Joanna Cox, Head of Business Partnerships, Cranfield University
PRICING, REIMBURSEMENT & COSTS

9.00 Chair's Opening Remarks
Dr Nicolas Sireau, Chairman & CEO, AKU Society

240 Importance of collaboration in rare disease research
OPENING ADDRESS ~ * Working in rare disease research presents specific challenges
9.10  Challenges for reimbursement of orphan and ultra orphan and 8§ +One opprgcch fo address these challenges is through
the shifting UK payer landscape o el
. & * Pfizer's collaborative approaches in the area of drug discovery
* Routes fo reimbursement 5 Michael Skynner, Head of Rare Disease Alliances, Rare Disease
* NICE Highly Specialised Technologies programme Research Unit, Pfizer
Josie Godfrey, Associate Director, Highly Specialised
Technologies, National Institute for Health and Care Excellence 3.10  Afternoon Tea

(NICE), UK
GENE THERAPIES

9.50 Patient organisations working collaboratively with the challenges 340 Developing gene therapy for orphan disease indications - a

of reimbursement from a patient perspective perspective from academia

¢ A collaborative approach e Gene therapy shows significant efficacy in a number of

* Working in partnership with industry inherited bone marrow disorders

« Reimbursement and access to high cost therapies » These are possible curative genetic medicines for otherwise

untreatable diseases

* The move beyond academic clinical trials is still difficult and not
yet well charted

e There is increasing interest from industry but the commercial
case for rare diseases remains difficult

Christine Lavary, Chief Executive, MPS Society UK

10.30 Morning Coffee

11.00 Cost of illness analysis in rare diseases: cystic fibrosis as a model Professor Bobby Gaspar, Professor of Paediatrics and
Professor Milan Macek, Head of Department, Department of Immunology, Consultant in Paediatric Immunology, Head, Rare
Biology and Medical Genetics, National Coordination Centre for gfj:sljs T:sme Head. University College London, Institute of
ild Hea
Rare Diseases, National Center for Cystic Fibrosis, Charles
University Prague 420 Gene therapy for rare diseases - what we can expect in 2016

* Multiple groups moving rare disease gene therapies into Phase |
* The gene therapy bubble — 2013-2015 saw large investments in
gene therapy companies
* Manufacturing — the next big hurdle on the path to
commercialization

11.40 DevelopAKUre - a patient-led clinical trial
* How to work closely with patients to develop a clinical trial

>
2 [elegelmne Dr Tim Miller, President & CEO, Abeona Therapeutics
& e Strategies for recruiting patients for successful trials
«"&J’ * Using social media in clinical trials 5.00 Is global collaboration the answer to reaching all
O < How to put together successful collaborations potential patients?
Dr Nicolas Sireau, Chairman and CEO, AKU Society * Is this the way forward for reaching patients
> and developing and new treatmentse
o * What resources would be required?
1220 Networking Lunch 5 * How would this be coordinated?
8 Dr Nicolas Sireau, Chairman & CEO, AKU Society
1.20 Meeting the challenges of rare diseases - a big pharma g Professor Bobby Gaspar, Professor of Paediatrics and
perspective = Immunology, Consultant in Paediatric Immunology, Head, Rare
« Listening fo patients, care givers and patient groups E Diseases Theme Head, University College London, Institute of

Child Health
Dr Tim Miller, President & CEO, Abeona Therapeutics
Dr Robert Ryan, President & Chief Executive Officer, Scioderm, Inc.

* Creative development program design

¢ Open and early engagement with regulators

David Boothe, Global Commercial Leader — GSK Rare Diseases,
GSK 5.40 Chairman's Closing Remarks and Close of Day One

SPONSORSHIP AND EXHIBITION OPPORTUNITIES

SMi offer sponsorship, exhibition, advertising and branding
packages, uniquely tailored to complement your company’s Interested in promoting your services to this market?
marketing strategy. Prime networking opportunities exist to entertain, Contact Sarah Watson

enhance and expand your client base within the context of an SMi Marketin ‘

s . . o : : g on

independent discussion specific to your industry. Should you wish to +44 20 7827 6134 il:

join the increasing number of companies benefiting from sponsoring OUES, Cl7 GukllE
our conferences please call: Alia Malick, Director on+44 (0) 20 7827 swatson@smi-online.co.uk
6168 or email: amalick@smi-online.co.uk

Want to know how you can get involved?

Register online at: www.orphandrugs-event.com ¢ Alternatively fax




Orphan Drugs and Rare Diseases

ugs-event.com

Day Two | Tuesday 20th October 2015

8.30 Registration & Coffee
9.00 Chairman’s Opening Remarks
Alastair Kent OBE, Director, Genetic Alliance UK, Chair,
Rare Disease UK (RDUK)
9.10 Putting patients on the team to improve therapy development

¢ Adaptive Pathways and other innovations will require real world
evidence collection

¢ Patients and families have views on what matters that need to
be included

¢ The benefit: Risk estimation cannot be undertaken effectively
without patient input

¢ Demonstrating value and clinical benefit relies on patient and
family experiences being systematically incorporated info MA
and HTA processes

Alastair Kent OBE, Director, Genetic Alliance UK, Chair,

Rare Disease UK (RDUK)

DRUG DEVELOPMENTS & COMMERCIALISATION 2.

1.20 Zorblisa™ (SD-101): A topical therapy in phase 3 for treating the
skin effects associated with epidermolysis bullosa (eb)

¢ Epidermolysis bullosa (EB) is a rare genetic disease that typically
manifests at birth or early childhood leading to fragile skin
susceptible to blistering and tearing

There are many genetic and symptomatic variations of EB, but
all forms share the common symptom of fragile skin that blisters
and tears from the slightest friction or frauma

EB is chronic, debilitating and potentially disfiguring, and
patients with EB can have painful wounds and blisters affecting
a substantial percentage of their bodies

There is currently no effective or approved treatment for EB.
Current standard of care conisists solely of bandaging and wound
management to prevent infection and manage patients' pain
The Pivotal Phase 3 registration trial is ongoing in the US and EU
to evaluate the safety and efficacy of Zorblisa (SD-101), a
proprietary and novel topical therapy for the treatment of
patients across all subtypes of Epidermolysis Bullosa (EB)

Dr Robert Ryan, President & Chief Executive Officer, Scioderm, Inc.

CASE STUDY

o
o

The Future of Orphan Drugs: Creating an orphan
market for a sustainable future

The Pharma Review®

e b 4 pass e iy

z
9.50 Big phama and the orphan drug industry o * Discussing whether the market sustainable
« Analysing the role of big pharma in the emerging orphan drug § * How can we prepare for the future, what
industry %) future steps are needed
(%] . . . o o
» Where is their focus going and what does this mean for the o Josie Godfrey, Associate Director Highly Specialised
industry long term = Technologies and Topic Selection, National Institute for Health
e What is their current perspective and what is the next step? E qncl. quf:"ExceIIe.réce (NKéE)O . - .
Dr Carlos R. Camozzi, Chief Medical Officer, Orphazyme & G Lol EsElEn & G1E0), Aatelinl ek Ehie
10.30  Morning Coffee 2.40 Afternoon Tea
11.00 Development of an orally available SMN2 splicing modifier for 3.10 E;‘:ﬂgﬁg:‘em of a drug for GM1-gangliosidosis by a non-profit
the treatment of SMA: An example of a development program in « Discovery phase: Working with academic laboratories and spin-
rare diseases off of a commercial entity
* An accelerated preclinical and development program * Preclinical development: Outsourcing to commercial service
» Coping with heterogeneity in rare diseases prgylders VS. Gcodemfc |0b0f010”95 ) )
« A unique alliance with a focus on patients ¢ Clinical development: Selecting the right partners for a micro-
. . - . company
Dr Anne Marquet, Principal Clinical Scientist, Rare Diseases, « Financing the development of a drug for a rare disease
Roche Pharma Research and Early Development Dr Stephane Demotz, Founder, Dorphan SA, Switzerland
11.40 The complexity and peculiarities of developing and commercialising ULTRA-RARE DISEASE
advance therapies (ATMPs) for the freatment of rare diseases
° The complexity of franslating “traditional” pharma development 350  patient- empowered pharmaceutical R & D. Building an orphan
info ATMPs... ) ) and ultra-orphan gene therapy pipeline, from research to patient
- when phormocqlogy (prmory, sscondory_, sofef}'/), toxicology, access or marketing authorisation
D,Mle' ontd CAOTtC'nOgen'C'fy are “not applicable™ and phase | ¢ The role of patients association in the rare disease field
simply not existing * The development of an ATPM (gene thera as an orphan
- when late stage clinical studies inevitably carry over P (9 eY) P
development risks from untraditional CMC, pre-clinical, and drug
early ciinical stages ! ' Dr Didier Caizergues, Head of regulatory Affairs Department,
* Understanding the complexity ... of logistics in ATMPs with short International Regulatory Affairs Deparfment, Genethon
shelf-life, requiring delicate transportation conditions, or .
manufactured/ packaged for an individual patient 430 The real story about rare and ulira-rare disease »
* The complexity ... of market access and pricing for treatments S * A story that needs fo be told by people who are living the
to be administered once in a lifetime 2 nightmare of rare and ulira-rare diseases
« The return-of-investment in the orphan ATMP space e * A story of how and why the Foundation was put in place
Dr Diego Ardigo, ATMP Project Leader, Corporate Drug 2 Terence Hoey, CEO, The Ulira Rare Diseases, Disorder &
Development, R&D, Chiesi Farmaceutici S.p.A. () Disabilities Foundation
12.20 Networking Lunch 5.10 Chairman’s Closing Remarks and Close of Day Two
Supported by
an'c'i\le tib d.-anline.com T/T‘ )
bbbt danripodies - 'B."ﬂ ( )P,:"Mm,cm?,ﬂ - - @II;‘L_I’[!LIULl biotechnology xm
BENTHAM oL s
~ SCIENCE
drugdevelopment-  @=\GLOBAL KﬂHG FDSH v . 7
wy te pharmaceutical-
fechnology.com BIODEFENSE LAJ labsave T 090 phamaphonr

I o

sy pharmiweb.com’

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




HALF-DAY POST-CONFERENCE WORKSHOP A
Wednesday 21st October 2015 |8.30am - 12.30pm
Holiday Inn Regents Park, London UK

Market access to orphan drugs:
controversies; trends and solutions

Overview of workshop:

Working through case studies and drawing on the
experience of participants, the workshop will explore
frends in policy and the reimbursement of orphan drugs
and the implications for industry; doctors and patients.
The emphasis will be on generating solutions that can
both address market conditions and drive patient access
to effective orphan drugs.

Benefits of attending:

Keeping people affected by rare diseases at the heart,
the workshop will promote sharing of up to the minufe

experienced In working with orphan drugs, In parficular,
with applications in immunology and cancer freatment.
Colette has a clinically qualified, with an MBA and an
MSc in Psychological Studies. Colette is also Vice
President of Health Economics and Reimbursement for
Evidence for Access, a new venture with Tech Mahindra,
a multi-billion pound technology company, providing
end to end real world evidence generation solutions for
pharma and medical device companies

About the organisation:

ATP Market Access, the business name of ATP Consulfing
Ltd., is a niche consultancy practise, founded in 2005 to
deliver healthcare ftransformation by accelerafing
access to value adding health fechnologies.



HALF-DAY POST-CONFERENCE WORKSHOP B
Wednesday 21st October 2015 | 1.30pm - 5.30pm
Holiday Inn Regents Park, London UK

The rare disease patient perspective -
from regulatory to clinical execution

Overview of workshop:

This workshop will provide insights info the orphan drug
regulatory landscape towards clinical execution and its
accompanying challenges, with emphasis on the rare
disease patient’s perspective. It includes insights into the
current possibilities and challenges within the regulatory
framework plus the necessary requirements to transform
the regulatory strategy into feasible clinical
development planning. Furthermore, the crucial role of
the patient and the patient advocacy groups in all
aspects of Clinical Development Planning and the
organisational and practical challenges during
execution of the clinical trials will be considered.

Benefits of attending:

Society, a medical charity that works to find a cure for
and support patients with AKU (also called Black Bone
Disease), an ultra rare disease that affects his two sons
(www.akusociety.org).

Steve Pinder In 2007 Steve founded Envestia Ltd with
business partner Dr lan Dews, a pharmaceutical
physician and former full-time clinical investigator.
Steve is one of the regulatory consultants for PSR
Orphan Experts and as such been involved in a variety
of regulatory projects for orphan drugs.



ORPHAN DRUGS AND RARE DISEASES

Conference: 19th -20th October 2015, Holiday Inn Regents Park, London UK | Workshops: 21st October 2015, London

4 WAYS TO REGISTER

ONLINE 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

Company VAT Number:
Address:

Town/City:
Post/Zip Code:
Direct Tel:
Mobile:
Switchboard:

Country:

Direct Fax:

Signature: Date:

| agree to be bound by SMi's Terms and Conditions of Booking.

ACCOUNTS DEPT
Title:
Surname:

Forename:

Email:

Address (if different from above):

Town/City:
Post/Zip Code: Country:
Direct Tel: Direct Fax:

VENUE Holiday Inn Regents Park Hotel, Carburton Sireet, London,WIW SEE

[] Please contact me to book my hotel

Alternatively call us on +44 (0) 870 9090 711,
\_email: hotels@smi-online.co.uk or fax +44 (0) 870 9090 712

Terms and Conditions of Booking

Payment: If payment is not made at the fime of bookin?, then an invoice will be issued and must
be paid immediately and prior to the start of the evenf. If payment has not been received then
credit card details will be requested and payment taken before entry fo the event. Bookings within
7 days of event require payment on booking. Access fo the Document Portal will not be given until
payment has been received.

Substitutions/Name Changes: If you are unable fo aftend you may nominate, in writing, another
de\e%ofe to take your place at any time prior fo 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 fo cancel your attendance at an event and you are unable to send a
substitute, then we will refund/credit 50% of the due fee less a £50 administration charge, prcvwdm?
that cancellation is made in writing and received at least 28 days prior fo the start of the evenf.
Regretfully cancellation after this” time cannot be accepted. We will however provide the
conferences documentation via the Document Portal fo any delegate who has paid but is unable
fo attend for any reason. Due to the inferactive nature of the Briefings we are not normally able to
provide documentation in these circumstances. We cannot accept cancellafions of orders
Flaced for Documentation or the Document Portal as these are reproduced specifically to order.
f we have to cancel the event for any reason, then we will make a full refund immediately, but
disclaim any further liability.

Alterations: It may become necessary for us to make alterations to the content, speakers, timing,
venue or date of the event compared to the advertised programme.

Data ;votecﬁon: The SMi Group gathers personal data in accordance with the UK Data Protection

Act 1998 and we may use this fo contact you by telephone, fax, post or email to tell you about
o}fhe_r products and services. Unless you fick here (] we may also share your data with third parties
offerin

complementary ﬁroduds or services. If you have any queries or wanf fo update any of
the ddta 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.

e N
KEARLY BIRD [] Book by 30th June 2015 to receive £400 off the conference price A
L DISCOUNT [] Book by 17th July 2015 to receive £200 off the conference price )
CONFERENCE PRICES GROUP DISCOUNTS AVAILABLE
| would like to attend: (Please tick as appropriate) Fee Total
[] Conference & 2 Workshops £2697.00 + VAT £3236.40
\ y, [] Conference & 1 Workshop £2098.00 + VAT £2517.60
(" Unique Reference Number ) [] Conference only £1499.00 + VAT £1798.80
o Rer . [] 1 Workshop only £599.00 + VAT £718.80
ur Reference -
\ / [] 2 Workshops only £1198.00 + VAT £1437.60
DELEGATE DETAILS Workshop A [_] Workshop B[]
Please complete fully and clearly in capital lefters. Please photocopy for additional delegates. PROMOTIONAL LITERATURE DISTRIBUTION
Title: Forename: [] Distribution of your company’s promotional
Surname: literature to all conference attendees £999.00 + VAT £1198.80
Job Title:

— The conference fee includes refreshments, lunch, conference papers, and access to
Department/Division: the Document Portal. Presentations that are available for download will be subject to
Company/Organisation: distribution rights by speakers. Please note that some presentations may not be
Email: 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.

DOCUMENTAT'ON (Shipped 10-14 days after the event)
| cannot attend but would like to purchase access to the following Document
Portal/paper copy documentation: Price Total
[J 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)

J

PAYMENT

Payment must be made to SMi Group Ltd, and received before the event, by one of
the following methods quoting reference P-153 and the delegate’s name. Bookings
made within 7 days of the event require payment on booking, methods of payment are
below. Please indicate method of payment:

[ ] uk BACS
[] wire Transfer

Sort Code 300009, Account 00936418

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.

[] credit card [ Visa [ MasterCard [] American Express
All credit card payments will be subject fo standard credit card charges.

corano: [T ] T T T
vaiid from [_J[_1/[ ] expiry pate [ 1/ [ ]
CVV Number I:":”:”:l 3 digit security on reverse of card, 4 digits for AMEX card

Cardholder’s Name:

Signature: Date:

| agree to be bound by SMi's Terms and Conditions of Booking.

Card Billing Address (If different from above):

r
.

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 them at events@smi-online.co.uk




