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I n c l u s i v e  C o n f e r e n c e  W o r k s h o p

Workshop Objectives:

The key influencers with whom you must connect, communicate and build trust with in the 
rare disease space is not limited to physicians and patients.  An educated, persuasive and 
empowered influencer, unique to the rare disease space, is the caregiver.  Caregivers lobby, 
start foundations and drive research efforts.  Building relationships and brand advocacy 
through relationship marketing programs can ultimately create trust and value with this 
group.  Join this engaging, interactive workshop and leave with the foundation for an 
integrated continuous relationship marketing plan for the caregiver target market, complete 
with goals, strategy and tactics which can be implemented right away.   

Key Questions to Be Addressed:

•	 What	is	“Continuous	Relationship	Marketing?”
•	 How	can	social	media	and	online	tools	be	used	to	create	trusted	relationships	

with	caregivers?

Workshop Outline:

I.	 Understand	the	Caregiver’s	Journey	from	Overwhelmed	to	Empowered
•	 Hear	personal	stories	from	caregivers

II.	 Learn	the	Four	Key	Principles	to	Adding	Value	in	the		
Orphan	Drug	Market
•	 Learn	strategies	to	continually	engage	patients	and	caregivers
•	 Collaborate	with	patient	organizations	as	a	trust	agent

III.	 Interactive	Exercise	—	Create	the	Foundation	for	an	Integrated	
Relationship	Marketing	Plan
•	 Create	a	plan	with	goals,	strategy	and	tactics	for	immediate	

implementation
•	 Systematically	build	relationships	with	critical	influencers
•	 Utilize	online	tools	and	social	media	to	create	trust	and	value

12:00		 Close of Workshop

There will be a 30-minute networking and refreshment break at 10:00 a.m.

Workshop Leaders:

 Wendy White, Founder and President of Siren Interactive, is an innovative leader working for over a decade
 at the intersection of healthcare, patient empowerment and online marketing to facilitate improved patient  
 outcomes.  Siren Interactive, a relationship marketing agency focused exclusively on rare disorders, enables  
 bio/pharmaceutical clients to establish credible, trusting relationships with patients, caregivers and healthcare 
professionals through education, support and service.  Siren was named to the 2010 Inc. 5000 list of fastest-growing, 
private companies in America.  Ms. White, the mother of child with a rare disorder, is a thought leader and speaker on a 
variety of topics, including building high-trust relationships between patients, caregivers, healthcare professionals and 
pharma companies within the rare disorder community.  She is a board member and leads the communications committee 
of the National Organization for Rare Disorders (NORD).  Ms. White was the recipient of the 2008 President’s award 
from the Healthcare Businesswomen’s Association (HBA) where she previously served as president of its Chicago 
chapter and currently acts as director of member value on its corporate board.  She is also a Trustee of the Boys and Girls 
Club of the Union League Club of Chicago and an Elder in the Presbyterian Church.  To learn more about Ms. White and 
Siren Interactive, visit www.sireninteractive.com.

 William (Bill) Cusick is Vice President of Creative Services at Siren Interactive.  Mr. Cusick is responsible 
 for managing the development of all innovative, creative solutions that enable Siren’s bio/pharmaceutical clients  
 to build trusted relationships with patients, caregivers and healthcare professionals through education, support  
 and service.  A thought leader, advisor and author, Mr. Cusick has spent the last couple decades helping 
companies to better understand how their customers think and shaping both online and offline experience to drive ideal 
customer behavior.  He speaks on all aspects of improving customer and user experience.  In 2009, Mr. Cusick wrote a 
well-received book called, “All Customers Are Irrational: Understanding What They Think, What They Feel, and What Keeps 
Them Coming Back” (Amacom).  A former founder and CEO of Vox, Inc., a respected customer experience consulting firm 
in Chicago, Mr. Cusick continues to advise Siren clients on all aspects of user and patient experience.  

 Catherine Calhoun is a writer and mother who lives in Saint Francisville, Louisiana.  She has a BA in 
 political science and a law degree.  She stepped away from law in 2006 when her son Billy (now eight years  
 old) was diagnosed with a complex health condition.  She quickly jumped online for information and support,  
 never looking back,  Catherine loves building and being a part of online and offline communities.  She shares 
her story through her website called “supercatcalhoun” (www.supercatcalhoun.com).  She can also be found on twitter 
as @supercatcalhoun and on Facebook. 

 Pat Furlong is the Founding President and CEO of Parent Project Muscular Dystrophy (PPMD), the largest 
 nonprofit organization in the United States solely focused on Duchenne muscular dystrophy (Duchenne).   
 Its mission is to improve the treatment, quality of life, and long-term outlook for all individuals affected by  
 Duchenne through research, advocacy, education, and compassion.  When doctors diagnosed her two sons 
with Duchenne in 1984, Pat immersed herself in Duchenne, working to understand the pathology of the disorder, the 
extent of research investment, and the mechanisms for optimal care.  In 199, Pat, together with other parents of young 
men with Duchenne, founded PPMD to change the course of Duchenne and, ultimately, to find a cure.  Today, Pat 
continues to lead the organization and is considered one of the foremost authorities on Duchenne in the world.  In 2010, 
Pat was named WebMD’s Health Hero and was featured in The New Yorker as a “World Changer.”  She is the recipient of 
Research!America’s 2008 Gordon and Llura Gund Leadership Award. 
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 Jayne Gershkowitz, 
 Senior Director, Patient Advocacy and Public Policy,  
 Amicus Therapeutics 

Ms. Gershkowitz is a member of the Steering Committee of the Healthcare Institute of New Jersey and the 
Government Relations Committee of BIO.  She is Vice President of Education of the Board of Directors of 
National Tay-Sachs & Allied Diseases Association and the former Vice Chair of National Organization for Rare 
Disorders (NORD).  She often speaks on issues affecting patients in the rare disease community and in 
orphan drug development, has chaired sessions in Bioethics, Policy and Clinical Trials tracks at the annual  
BIO International Convention, as well as speaks at and is consulted on program content for industry conferences.   
Ms. Gershkowitz joined Amicus in June 2006. 



12:00		 Joining	the	Conversation	–	How	Organizations	Can	Build	
Relationships	with	Rare	Disease	Communities
PhRMA recently published a list of 400 drugs in development to treat or prevent 
rare diseases. There are already hundreds of public conversations taking place 
about these diseases, the heartache they cause and the challenge of getting 
access to new treatments.  Anyone entering this arena must be tuned in to these 
conversations, understand the role that patient advocates play and be willing to 
be an equal partner.  Social networking has added a truly global dimension to the 
rare disease community as patients, caregivers, medical professionals and others 
connect instantly and share information across borders.  Whether you are with a 
small biotech, a university or a large corporation, you have the opportunity to use 
communications to build support for your organization.  This session outlines the 
opportunities and challenges organizations face when communicating about rare 
diseases. Topics to be covered include how to: 

•	 Develop	clear,	consistent	and	credible	messages
•	 Build	lasting	relationships	with	patient	advocates
•	 Play	a	leadership	role	in	your	organization’s	effort

 Chris Smith, President and Partner, SmithSolve Communications Consulting

12:45  Networking Luncheon hosted by:  

	 Featured Luncheon Presentation:
Social	Media’s	Unique	and	Significant	Role	for	Patients	and	
Caregivers	with	Rare	Diseases
A recent Pew study found that patients with rare diseases were far more reliant 
on social media than other patient groups, including those living with chronic 
conditions. Why has social media become such an important channel for these 
patients and their caregivers?  It’s simple: social media provides the ability to 
connect with and learn from other patients in similar situations when meeting 
face-to-face is difficult or impossible. These connections are some of the most 
important “lifelines” for those suffering from rare conditions and their caregivers; 
they provide insight, support, guidance, and influence.  By participating in social 
media, patients are able to weave together their unique stories and situations to 
create a richer, more informed experience for everyone involved. The total is truly 
greater than the sum of its parts. Our presentation will provide best practices in:

•	 Uncovering	unique	insights	by	understanding	social	media	habits	and	uses
•	 Implementing	strategies	based	on	social	media	findings
•	 Using	social	media	to	fulfill	unmet	needs	in	the	community,	build	trust,	

and	create	value
 Peter H. Nalen, 

President & CEO, 
Compass Healthcare Marketers

 Kristin Keller, 
Executive Vice President,
Compass Healthcare Marketers

Advance Orphan Drug Development by  
Supporting Public Policy and Advocacy Initiatives

C O N G R E S S I O N A L  A D D R E S S

1:45		 Encouraging	Industry	Involvement	in	the	Rare	and	
Neglected	Diseases	Caucus
The Rare and Neglected Diseases Caucus is a bi-partisan effort to promote 
awareness of the issues surrounding rare and neglected diseases.  The caucus 
focuses on bringing greater congressional attention to the 6,800 known rare or 
orphan diseases that currently have no approved therapy, by working to ensure 
funding for research of these diseases and providing a forum for Members of 
Congress, families and advocacy groups to exchange ideas and policy concerns.  
This address covers the goals of the caucus, progress to date and information on 
how industry can get involved in advancing orphan drug development. 

 Congressman Joseph Crowley, U.S. Representative of New York’s 7th District;
Co-Chair, Rare and Neglected Diseases Caucus 

2:30		 Propelling	Industry	Forward	through	Government	Initiatives	
It is important for all key stakeholders to make orphan drug development a 
priority to bring approved treatments to the 30 million Americans with a rare 
disease.  Over the past year, there has been some progress made with respect to 
raising awareness of this need and moving towards better collaborations between 
government, industry and patient associations.  This discussion addresses the 
key initiatives that the FDA, NIH and Health Canada have made regarding rare 
diseases.  Topics to be discussed include:  
•	 OOPD	collaboration	with	the	newly	appointed	Associate	Director	of	

Rare	Diseases	at	CDER
•	 Ways	industry	can	become	involved	more	with	the	FDA
•	 Updates	on	the	Brown/Brownback	Amendment
•	 Regulatory	framework	in	Canada

Moderator:
 Carrie Burke, Associate Director Government Affairs, 

Shire HGT
Panelists:
 Mathew T. Thomas, M.D., Office of Orphan Products Development,  

FDA
 Susan E. Old, Ph.D., Special Advisor to the Director, Acting Deputy Scientific Director,  

NIH Center for Translational Therapeutics
 David K. Lee, Director, Office of Legislative and Regulatory Modernization,  

Health Product and Food Branch, Health Canada

3:15	 Networking and Refreshment Break hosted by:   

PANEL



3:45		 The	RARE	Project	—	
Promoting	Rare	Disease	Advocacy,	Research	and	Education
The RARE Project exists to connect the rare disease community, drive greater 
awareness and aid in the development of effective therapies and treatments for 
children within their lifetime.  An inclusive community and platform has been built 
that facilitates collaboration and education, connections between families, rare 
disease stakeholders and caregivers.  These programs, resources and campaigns 
exist to inspire, engage and unify the rare disease community as a whole.  This 
session discusses several initiatives the The RARE Project has implemented, 
highlighting results to date and future objectives.  Projects to be discussed include:
•	 Global	Genes	Project
•	 Global	Genes	Research	Fund
•	 Children’s	Rare	Disease	Network

 Nicole Boice, Founder and President, The Children’s Rare Disease Network

4:15		 Improving	the	Clinical	Development	Process	for	Rare	Diseases
The development of treatments for rare diseases can be challenging given the 
complexities and uncertainties regarding these diseases.  To manage the effects 
of small patient populations and variable, irreversible diseases requires the use of 
optimal statistical approaches, alternative study designs and for some diseases, 
the use of biomarkers.  Industry, academia, the Food & Drug Administration, the 
National Institutes of Health and other stakeholders must work together to develop 
strategies, policies and guidances to help improve the predictability and efficiency 
of the development process to enable more approvals for rare disease treatments.  
This session discusses the efforts being made to improve the clinical development 
process for rare diseases.  Topics to be addressed include:
•	 Optimal	statistical	approaches
•	 Alternative	study	designs
•	 Biomarkers

 Emil D. Kakkis, M.D., Ph.D., President, Kakkis EveryLife Foundation

5:00	 Accelerate	Enrollment,	Improve	Retention	and	
Enhance	Compliance	in	Rare	Disease	Clinical	Trials
Time, distance and the inconvenience of frequent visits to the Investigator 
site present challenges in both recruiting, maintaining protocol compliance  
and retaining patients for rare disease clinical trials.  The use of an established 
network of home health clinicians, with GCP and study-specific training, has 
proven to significantly improve these difficulties by accelerating patient enrollment 
and dramatically increasing retention and compliance rates;  
all while reducing trial costs.  This session examines the impact of  
alternative-site solutions of protocol visits on rare disease clinical trials.
•	 Review	strategic	approaches	to	reach	patients	in	low	percentiles	

for	recruitment
•	 Understand	how	to	best	work	with	partners	to	ensure	faster	enrollment,	

improved	retention	and	enhanced	compliance
•	 Develop	a	program	to	meet	Sponsor	and	Investigator	deliverables
•	 Analyze	cost	and	ROI	of	these	clinical	trials

 Nicki Norris, Chief Executive Officer, Clinical Resource Network, LLC

5:45  Close of Day One

5:45-6:45   Networking, Wine and Cheese Reception

D a y  Tw o  —  W e d n e s d a y ,  J u l y  1 3 ,  2 0 1 1

7:30  Continental Breakfast

8:00  Chairperson’s Review of Day One
Jayne Gershkowitz, Senior Director, Patient Advocacy and Public Policy, Amicus Therapeutics 

P A T I E N T  P E R S P E C T I v E
8:15		 Advocate	for	Change	—	

One	Patient’s	Journey	from	Diagnosis	through	Treatment
There is often too little hard science surrounding a rare disease.  This complicates 
the process of diagnosis, establishing or modifying a treatment regimen and in  
the end, affects the quality of life and mental health of rare disease patients.   
It is important for industry not only to further research and development in rare 
diseases, but also to help patients through this journey, with honesty.  This session 
discusses one patient’s journey with Polycythemia Vera, a rare blood disease, 
which affects an estimated ~60,000 living patients in the USA and relates other 
patients’ experiences which have affected the speaker.  It is his hope that his story 
and perspective will motivate industry to develop a variety of treatments and spur 
open, honest involvement of patients in the process.      

 David E. Alexander, Patient living with Polycythemia Vera

8:45		 Global	Initiatives	towards	Providing	Equitable	and	Sustainable	Access
There are many challenges for providing rare disease patients access to treatments 
around the globe.  In Europe, each country has its own drug formulary so there 
is inequitable access.  The EU had adopted a resolution calling upon all member 
states to create a national plan for rare diseases, including a drug access plan, 
but not all seventeen countries that have adopted this are funding it.  Affordable 
pricing, risk-sharing and product listing agreements will be essential in the future.  
In Canada, an Orphan Drug Program is still in the process of being implemented.  
Equitable access is also a challenge in Canada since there are both public and 
private drug plans.  Risk management programs have been set up to “share the 
risk” and are also making efforts to collaborate with government and patient access 
groups.  On a global level, there is a lot of work to be done to ensure patients 
receive treatments for rare diseases.  This session highlights the challenges faced 
both in the EU and Canada and offers insight into how industry can get involved to 
help with this issue.  Topics to be discussed include:   
•	 Disease	management	and	monitoring	programs
•	 Disease	registries	that	are	open	and	can	be	queried
•	 Ensuring	equitable	access
•	 Risk-sharing	agreements
•	 Diagnostic	testing	and	accuracy	of	diagnosis
•	 HTA	and	cost-effectiveness	as	a	barrier	to	access
•	 Drug	access	by	region	in	the	EU

 Durhane Wong-Rieger, 
President,  
Canadian Organization for Rare Disorders (CORD)

 Alastair Kent, 
Director,  
Genetic Alliance UK



Orphan Drug Development —  
Designation through Approval

9:30		 Prove	Value	of	an	Orphan	Drug	by	Incorporating	it	into	the	Launch	Plan
In order to prove the value of an orphan drug therapy to payers, patients, physicians 
and shareholders, companies must take a different approach with their drug launch.  
It is critical to know your patient and position REMS as a benefit, not a burden.  
With big pharma entering the orphan drug market, increased competition, pressure 
for ROI and the need to differentiate products become top of mind. The launch plan 
must consider these factors as well as the potential impact of healthcare reform and 
comparative effectiveness, which are driving the need to demonstrate clinical and 
economic value.  More than ever before, the call for value is coming through loud 
and clear.  Being able to collect data to prove the value of your therapy to payers, 
patients, physicians and shareholders is a key to success.  Sustainable, measurable 
proof of value becomes the differentiator.  Sounds good, but how do you do it?  
This session examines the orphan drug launch planning process, bringing value 
into the equation by working backwards from drug launch to plan development.  
•	 Value	—	What	do	we	mean	by	value?		How	do	we	define	it?
•	 Outcomes	—	What	outcomes	do	you	need	to	prove	the	value?
•	 Activities	—	What	activities	do	you	need	to	ensure	take	place	so	that	

outcomes	are	impacted,	captured	and	measured?
•	 Capabilities	—	How	are	you	going	to	do	those	activities	and	how	do	you	

align	incentives	with	your	partners?
 Craig Kephart, President & CEO, Centric Health Resources, Inc.

10:15  Networking and Refreshment Break

10:45		 Building	Buzz	for	Rare	Diseases	among	Physicians	—	
HAE:	Learn	About	It,	Talk	About	It	
Hereditary angioedema (HAE) is a rare, genetic swelling disease that affects  
about 6,000 people in the United States and has been historically misunderstood  
and misdiagnosed because its symptoms often mimic other diseases.   
With a small patient population, generating awareness among specialists who  
could potentially see patients is critical, as well as challenging.  To break into  
the realm of physicians’ relevance, ViroPharma Incorporated developed a  
platform that leverages the credible voice of disparate professional organizations 
to improve patient care through a singular call-to-action — learn about HAE and 
talk about HAE — to increase awareness, diagnosis and referrals to HAE-treating 
allergists and immunologists.  “HAE: Learn About It, Talk About It” (LAITAI)  
was launched by the American College of Allergy, Asthma and Immunology 
(ACAAI) and the American Gastroenterological Association (AGA) and has  
grown to a partnership including the World Allergy Organization (WAO)  
and the American College of Emergency Physicians (ACEP), with additional  
groups poised to join.  Through multiple touch points – including both traditional and 
social media — the program educates physicians, drives them to act and stimulates 
repeat engagement, providing a platform for seamless on-boarding  
of new partners, growth and success replication over time.  This case study  
offers attendees the opportunity to hear key learnings of LAITAI and discuss  
how the program platform can be applied to other rare diseases. 
•	 Discuss	key	learnings	for	the	program,	including	tips	for	

collaborating	with	multiple	professional	organizations

•	 Learn	program	successes	to	date,	in	the	context	of	the	
rare	disease	arena

•	 Review	the	various	tactics	utilized	in	the	program,	
including	social	and	traditional	media,	mobile	applications		
and	in-person	interactions

 Kristina Broadbelt, Global Director, PR and Advocacy, Viropharma Incorporated

11:30		 Collaborate	with	Academia	for	Assistance	in	Gaining	
Orphan	Drug	Designations	
There are advantages to academic units playing a role in increasing therapies 
for rare diseases.  These units are different from bio/pharmaceutical companies 
since they are not for profit and they are also different than patient advocate 
organizations because they are not bound to a particular disease group.  A small 
academic institute such as Keck Graduate Institute in Claremont, CA, which is a 
business school with ties to bio/pharmaceutical companies and a bioscience school 
with grants from NIH for research, has connections to the FDA, NORD and patient 
advocate groups.  This has put Keck Graduate Institute in the unique position of 
helping companies apply for orphan drug designations for new drugs.  The Center 
for Rare Disease Therapies was established in 2008 for the purpose of education, 
regulation and scientific advancements for rare diseases.  This case study discusses 
these goals and outlines how this academic institute has been able to collaborate 
with industry and government to further rare disease therapies.
•	 Teaching	students	how	to	write	an	FDA	orphan	drug	

designation	application
•	 Hosted	FDA	workshop,	thereby	increasing	number	of	approved	

orphan	drug	designations	by	20%
•	 Applicants	receive	face	time	with	FDA	on	the	neutral	ground	of	an	

academic	institute
•	 Supporting	future	knowledge	of	rare	diseases	through	education

 M. Ian Phillips, Ph.D., DSc, FAHA, Director, Center for Rare Disease Therapies, 
Keck Graduate Institute 

12:15  Featured Luncheon Presentation:
Global Rare Disease Registry Project
The Global Rare Disease Registry Project’s goal is to establish a replicable 
online registry template that will in turn be used to start a registry for all rare 
diseases. The project will start by working with 12 patient organizations to 
establish a replicable registry template model. The partners involved in the 
project are: the Children’s Hospital of Philadelphia, CheckOrphan, Medscape and 
PatientCrossroads. The end goal is to increase patient participation and provide 
more reliable data at a fraction of the current cost to ensure an increased number of 
orphan disease products move more efficiently to the marketplace. 
•	 Uncovering	unique	insights	by	understanding	social	media	habits	and	uses
•	 Implementing	strategies	based	on	social	media	findings
•	 Using	social	media	to	fulfill	unmet	needs	in	the	community,	build	trust,	

and	create	value
 Robert Derham, President, CheckOrphan
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1:15		 Strategies	for	Big	Pharma	Entering	the	Orphan	Drug	Market
Pfizer is well known for its market leading blockbuster primary care products such as Lipitor, 
Celebrex and Lyrica, but Pfizer is also a leader in rare disease with nearly twenty commercialized 
products having an orphan designated indication.  While Pfizer has a substantial presence today, 
how can this large pharma compete with niche players and leverage their resources to expand its 
expertise and portfolio to support a broader patient population afflicted with a rare disease?  This 
case study highlights Pfizer’s recent creation of a Rare Disease Center of Excellence and provides 
insight into Pfizer’s:    
•	 Creation	of	the	business	model	to	serve	for	this	ultra-specialty	marketplace	
•	 Plan	for	increased	licensing	and	co-development	partnerships
•	 Enhancement	of	its	capabilities	and	expertise	that	are	needed	to	challenge	the	

traditional	bio/pharma	rules	of	engagement	and	mindset
 Andrew Callos, Vice President, Commercial Development, Hematology, Renal, Transplant, Specialty Neuroscience, and 

Endocrinology, Specialty Care Unit, Pfizer Inc

2:00		 Leverage	Orphan	Drug	Designation	to	Gain	Additional	Funding	from	Investors
Gaining orphan drug designation can lower a company’s risk profile for potential investors.  The 
designation offers additional marketplace protection such as the waver of the prescription drug user fee 
and exclusivity and R&D tax credits.  For small companies, this is a huge advantage and very necessary 
to ensure the continued success of a drug’s development.  Mobius Therapeutics LLC has received 
orphan drug designation for Mitosol™, a substance used in ab externo glaucoma surgery to treat a rare 
ocular condition called pterygium and prevention of sub-epithelial haze subsequent to surface ablation 
laser keratectomy.  Gaining these designations assisted the company in securing capital funding.  This 
case study discusses the initial challenges of gaining funding, the process of gaining orphan drug 
designation as well as the progress that has been made as a result of the designations.   
•	 Discuss	common	challenges	to	gaining	funding
•	 Ensure	due	diligence	in	applying	for	orphan	drug	designation
•	 Leverage	added	benefits	of	the	designation	with	potential	investors	and	development	partners

 Ed Timm,     Dan Broderick, 
President,     Senior Fellow, Innovation and Entrepreneurship,  
Mobius Therapeutics LLC  BioGenerator

2:45		 Developing	Strategies	to	Support	Pricing,	Reimbursement	and	
Market	Access	for	Orphan	and	Ultra-Orphan	Drugs
With small patient populations, the prices of orphan drugs are often high.  Understanding pricing, 
reimbursement and market access are critical to success for any medical product, but it is arguable 
even more crucial for the commercial success of orphan and ultra-orphan drugs.  There are many 
factors throughout the development process that affect, both positively and negatively, the real and 
perceived value for these therapies.  In order to facilitate appropriate pricing and market access 
decisions, companies need to identify and act upon the opportunities to maximize the value of 
their products.  This session discusses the development of strategies to address these needs. 
•	 Examine	the	various	orphan	drug	market	pricing	models
•	 Understand	key	value	drivers	
•	 Opportunities	and	concerns	in	ex-U.S.	pricing
•	 Avoid	pitfalls	that	harm	the	value	of	orphan	products

 Douglas Paul, Pharm.D., MS,      Jack Mycka, 
Vice President and Partner,                  Global President and CEO,  
Medical Marketing Economics (MME), LLC             Medical Marketing Economics (MME), LLC

3:30  Close of Conference

CBI’s corporate sponsors represent select companies that 
share a common mission: business advancement through 

thought leadership, strategic interaction and innovation.  The 
companies represented below are proud contributors on this 
program and have carefully selected messaging, branding 
or positioning statements to encourage the evaluation and 
investigation of quality products and/or services available.  

We applaud these companies, as well as others that wish to 
join the conference, as important members of this event’s 

delegation. 

If you are interested in sponsorship or exhibit opportunities, 
please call Alexa Moore at 339-298-2107  

or email alexa.moore@cbinet.com

In Recognition of Our Sponsors:

CAse 
sTudy

CAse 
sTudy



Who Should Attend:

You will benefit from attending this event if you are an executive 

or senior level director from bio/pharmaceutical companies with 

responsibilities or involvement in the following areas:

Public Policy • Patient Advocacy • Reimbursement
Commercialization • Regulatory Affairs • Marketing 

Clinical Development • Clinical Operations • Clinical Research
Global Branding • Product Management 

Research & Development
The mission of the Center for Rare Disease Therapies is to advocate 

new therapies for rare diseases and to increase awareness of rare 

diseases through education, science and ethical business practices.  

 

The center acts as a non-profit catalyst that interacts with  

government agencies like the FDA’s Office of Orphan Product 

Development, patient advocates such as the National Organization  

for Rare Disorders and the Pharmaceutical Research and 

Manufacturers Association (PhRMA).

  

In the long-term, the center aims to be a national and global resource 

for expertise, training and information related to rare diseases.   

For more information on KGI’s Center for Rare Disease Therapies,  

please visit www.kgi.edu. 

2010 Attendee Acclaim:

“The rare disease summit was an excellent way to meet and  
learn the best practices from leaders in drug development for  

rare diseases.” 
— Kate McLaughlin, Senior Analyst, Health Advance

 
“What a great learning experience!  The context was specifically 

tailored to the issues that face anyone in the rare disease space…” 
— Kristina Broadbelt, Global Director, PR & Advocacy, Viropharma

 
“The summit offered great networking opportunities and brought 

some of the most current programs, issues and thinking regarding 
rare diseases into one venue.” 

— Jayne Gershkowitz, Senior Director, Patient Advocacy  
and Public Policy, Amicus Therapeutics

In Support of:

WhAT CAN YOu ExPECT  

FROM A CBI CONFERENCE? 

As a delegate, speaker or sponsor you receive timely information,  
future projections as well as an extensive opportunity to network and discuss  
the issues of the day with senior policy makers and industry leaders.  CBI serves  
senior-level executives and government officials in bio/pharmaceutical, medical device/
diagnostic and healthcare industries by providing unbiased platforms for networking and 
the exchange of real-time information.  Eighty percent of our events focus on investment 
opportunities, business strategies, domestic and international regulatory issues, operations  
and applied technologies within the bio/pharmaceutical arena.  

TO REGISTER OR TO REquEST  

MORE INFORMATION:

Phone: 800-817-8601 • Fax: 781-939-2490

Email: cbireg@cbinet.com

Web: www.cbinet.com/raredisease

Organized by:

 

   PM360 is the premier, must-read monthly magazine for marketing decision makers in the pharmaceutical, biotech, and medical device industries. PM360 is the only journal that delivers 
practical how-to marketing information necessary for product managers/pharma marketing professionals to succeed in the complex and regulated healthcare environment.
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CBI  
600 Unicorn Park Drive • W

oburn, M
A  01801

• Registration Fee:       Standard             Advantage         Academ
ic/

 
 

 
 

   Pricing 
   Non-Profit/Govt     

 
2-Day Conference  

     $1,995 
$1,695 

$1,195 
 

 
Adv antage Pricing —

 Register by M
ay 20, 2011 and SAVE $300.  

Fee includes continental breakfast, lunch, w
ine and cheese reception, refreshm

ents 
and Online Com

pendium
. Please m

ake checks (in U.S. funds draw
n on a U.S. bank) 

payable to CBI Research, Inc. (No personal checks accepted)  Advantage Pricing m
ay 

not be com
bined w

ith other discount offers, special category rates or prom
otions. 

Discounts only apply to standard rates.

• Team
 Discount: 

 
Your organization m

ay send 1 executive f
r

e
e

 for every 3 delegates registered. 
All registrations m

ust be m
ade at the sam

e tim
e to qualify.

• Accom
m

odations: 
 

To receive CBI’s special discounted hotel rate on line or by phone, please go to:
•  On-line:  w

w
w

.cbinet.com
/raredisease 

• Phone reservations: 800.492.5195 and m
ention CBI’s 6th Annual Rare Disease 

Leadership Sum
m

it. 

 
Cut-off date is June 27, 2011.  Reservations m

ade after the cut-off date or 
after group room

 block has been filled (w
hichever com

es first) w
ill be accepted  

on a space and rate availability basis.  Room
s are lim

ited so please book early.
 

All travel arrangem
ents are subject to availability.

• Venue: 
 

Doubletree Hotel
 

1515 Rhode Island Avenue NW
 • W

ashington, DC 20005
 

Hotel reservations: 800.492.5195 • Hotel direct line: 202.232.7000

• Substitution &
 Cancellation: 

 
Your registration m

ay be transferred to a m
em

ber of your organization up to 24 hours 
in advance of the conference. Cancellations received in w

riting on or before 14 days 
prior to the start date of the event w

ill be refunded, less a $295 adm
inistrative charge.  

No refunds w
ill be m

ade after this date; how
ever, the registration fee less the $295 

adm
inistrative charge can be credited to another CBI conference if you register w

ithin 
30 days from

 the date of this conference to an alternative CBI conference scheduled 
w

ithin the next six m
onths.  In case of conference cancellation, CBI’s liability is lim

ited to 
refund of the conference registration fee only. CBI reserves the right to alter this program

 
w

ithout prior notice.   Please Note:  Speakers and agenda are subject to change. In the 
event of a speaker cancellation, every effort to find a suitable replacem

ent w
ill be m

ade 
w

ithout notice.  The opinions of the conference faculty do not necessarily reflect those of 
the com

panies they represent or The Center for Business Intelligence.

• Satisfaction Guaranteed: 
 

CBI stands behind the quality of its conferences.  If you are not satisfied w
ith the  

quality of the conference, a credit w
ill be aw

arded tow
ards a com

parable  
CBI conference of your choice.  Please contact 800-817-8601 for further inform

ation. 
Advanced preparation for CBI conferences is not required.

 Yes! Please register m
e for CBI’s 6th Annual Rare Disease Leadership Sum

m
it.

 I am
 registering for ADVANTAGE PRICING   

 W
e w

ould like to take advantage of the TEAM
 DISCOUNT (see left for details).

 I am
 registering for ACADEM

IC/NON-PROFIT/GOVT PRICING  

 Yes!  Please send m
e the link to the Online Com

pendium
. I am

 unable to attend the conference.   

Do you have any special needs? ________________________________________________

K
E

Y
 C

O
D

E
 (appears above m

ailing address):  ___________________________________

1. NAM
E 

POSITION

2. NAM
E 

POSITION

3. NAM
E 

POSITION

4. NAM
E 

POSITION

COM
PANY 

DIVISION

ADDRESS

CITY 
STATE/COUNTRY 

ZIP/POSTAL CODE

TELEPHONE 
FAx 

E-M
AIL

AUTHORIZED SIGNATURE

r
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ard
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C
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F
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e
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SR
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U
.S. Postage 

PA
ID

 
G

allery

Paym
ent Options: Paym

ent in full is required to process registration. Please call w
ith any paym

ent questions.

 Enclosed is a check for paym
ent in full (No personal checks accepted)

 M
C/Visa:

 Am
ex:

NAM
E (AS APPEARS ON CARD) 

 
 

 
 

 
ExP. DATE

  CARDHOLDER SIGNATURE

Please  
photocopy  

this form
 for  

additional  
delegates.

5 E
a

s
y

 W
a

y
s

  
t

o
 R

E
g

is
t

E
R

f
A

X
781-939-2490

M
A

il
CBI Registration Dept. 
600 Unicorn Park Drive 
W

oburn, M
A  01801

P
h

o
n

e
800-817-8601  
339-298-2100 
outside the U.S.

e
-M

A
il

cbireg@
cbinet.com

Please include all inform
ation 

requested on registration card.

W
e

B
S
iT

e
w

w
w

.cbinet.com
/

raredisease

 The Next Best Thing to Being There…
Order the Online Com

pendium
 if you w

ould like to capture w
hat you’ve m

issed 
at the conference.  It couldn’t be easier.  The link to the online com

pendium
 is 

available for only $298 and includes the conference agenda, presentations and 
speakers’ biographies.  Don’t m

iss out on this valuable inform
ation presented  

by industry leaders exclusively at this event.  Sim
ply fill out the order form

  
and subm

it via phone, fax or w
ebsite and you’ll receive the link to the  

Online Com
pendium

 w
ithin 2 w

eeks after the conference.

Register 3
Get 1 FREE


