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Rare Disease week 2015 Events

Monday, February 23rd

Rare Disease Documentary Screening and 
Cocktail Reception
@ Carnegie Institution for Science
1530 P St NW, Washington, DC 20005
Featuring the film “RARE”

Wednesday, February 25th

Lobby Day Breakfast
@ Women’s Democratic Club
1526 New Hampshire Ave NW, 
Washington, DC 20036
7:00 am – 8:30 am

Rare Disease Lobby Day
@ U.S. Senate and House Office Buildings
9:00 am – 5:00 pm

Tuesday, February 24th

Legislative Conference
@ FHI 360

1825 Connecticut Ave NW, 8th floor, 
Washington, DC 20009

Thursday, February 26th

Rare Disease Congressional Caucus Briefing
@ Cannon Caucus Room 345

12:00 pm – 1:00 pm 

Photo of Rare Disease Week Attendees at 
US Capitol

1:30 PM

Rare Artist Reception
Rayburn House office Building Foyer, 1st floor 

5:00 pm – 7:00 pm

Friday, February 27th

Rare Disease Day at the NIH
@ NIH Campus

9000 Rockville Pike, Bethesda, MD 20892
8:30 am – 5:00 pm
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Dear Advocate,
 
The launch of the 21st Century Cures Initiative is our community’s greatest hope for 
treatments.  There has not been a greater opportunity to advance policy to improve drug 
development for rare disease patients since the passage of the Orphan Drug Act more 
than 30 years ago.  By joining us here this week, you have a chance to be a part of the 
development of this historic legislation. Your advocacy efforts are essential to ensure 
this initiative becomes a real policy solution.       
 
Our Legislative Conference will provide an overview of the 21st Century Cures Initiative 
and give you the training and tools to be successful advocates.  We hope that you will ask 
tough questions of our experts and share your expertise with others.  You are the KEY to 
the success of this week’s events.  There would be no Rare Disease Week without you!  You 
are the voice of the rare disease community!
 
This booklet includes an overview of the Rare Disease Week events, talking points, maps 
and other tips to be successful in your Hill Meetings.  However, if you need anything 
during this week – feel free to contact one of us – we are here to help.
 
Thank you for being an advocate. 
 
Sincerely,
The EveryLife Team

Share your experience!

@Rareadvocates
#raredc2015

For more information on how you can promote this event and your congressional meetings, visit page 31



RareAdvocates.Org

5

www.RareAdvocates.Org

Have a question but don’t know who to ask?  The staff from the EveryLife Foundation 
for rare diseases is here to help!  Just look for one of these friendly faces and 
we’ll get you pointed in the right direction.

Meet the EveryLife Staff!

Julia Jenkins
Executive Director
Jjenkins@everylifefoundation.org

Sue Colton
Director of Operations & Development
Scolton@everylifefoundation.org

Max Bronstein
Senior Director, Public & Government Relations
Mbronstein@everylifefoundation.org

Andy Russell
Associate Director of Advocacy & Government Relations
Arussell@everylifefoundation.org

Grant Kerber
Associate director of Communications & Public Policy
Gkerber@everylifefoundation.org
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✓ The 21st Century Cures Initiative

✓ H.r. 971: orphan Product Extensions Now, Accelerating Cures & Treatments

✓ H.R. 909: the Compassionate Use Reform & Enhancement Act

✓ MODDERN Cures/Dormant Therapies Act

✓ H.r. 292: The Advancing research for neurological Diseases Act

✓ Funding for Health Research & Biomedical Innovation

✓ Rare Disease Congressional Caucus

2015 
Advocacy priorities

✓  Arrive on time, not more than five 
minutes early

✓  Share your personal story; tell them 
why the issue is important to you

✓ You don’t have to be an expert on the 
legislation.  If you are asked a question 
that you are not sure how to answer, 
write it down & tell them you will 
follow up

✓  Respect the Staffer’s time keep 
meetings to 20 minutes

✓ Report back to RDLA staff on how the 
meeting went

✓    Thank them for agreeing to meet 
with you

✓   Make a specific legislative “ask” – You 
have to give Congress the Solutions

✓   Leave behind a one-pager with a 
summary of your issue and your contact 
information

✓ It’s ok to ask for a photo with a 
Member of Congress- make it a group 
shot & do it quickly

✓ Follow up with a thank you note 
reinforcing your ask

Remember, When meeting with Members of Congress & Staff:
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21st Century Cures overview

Background:  In 2014, House Energy & Commerce (E&C) Chairman Fred Upton 
(R-MI) and Representative Diana DeGette (D-CO) embarked on an ambitious and 
bipartisan effort to improve our nation’s biomedical research and innovation system. 

The Process:  The powerful E&C Committee convened dozens of round-tables, 
hearings, and opportunities for public input and comment as they set out uncover 
biomedical policy challenges. This process took more than six months to complete, 
and involved a wide range of stakeholders, including federal agency leaders from the 
National Institutes of Health (NIH), Food and Drug Administration (FDA), patient 
advocates, and representatives from industry among others. 

State of Play: In late January, the E&C Committee released a massive draft 
discussion bill, consisting of nearly 400 pages of legislative language. The Committee 
is still seeking public comment and continuing to refine the bill. Some Democrats 
have objected to the legislation, claiming the process was not inclusive, but we are 
hopeful that the final bill will be a truly bipartisan product. 

Legislative Outlook:  Chairman Upton has indicated that he would like a final bill 
to be voted on by the full House by Memorial Day, and is actively urging the Senate to 
assemble companion legislation. On January 29th, Senators Lamar Alexander (R-TN) 
and Richard Burr (R-NC) released a white paper report, which mirrors many of the 
topics addressed in the 21st Century Cures draft discussion bill. 
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Provisions included in the discussion draft:
•Incorporating the patients perspective into the regulatory process 
•Empowering our nation’s emerging scientists and researchers
•Creating economic incentives to encourage industry to develop drugs for 
unmet medical needs
•Advancing regulatory science to allow for the use of biomarkers and surrogate 
endpoints
•Enhancing the Food and Drug Administration’s scientific capacity by 
improving access to adequate funding, recruiting world-class scientific and 
technical experts
•Funding for the National Institutes of Health

House talking points: Call for Bi-Partisan Support 
✓ With nearly 30 million Americans affected by rare diseases, 21st Century 
Cures is our greatest hope for treatments.
✓ We applaud Reps. Upton and DeGette for their leadership on the initiative 
and thank them for including the patient voice in the legislative process.
✓ We urge Congress to ensure that this is a truly bipartisan effort and to 
continue engaging the rare disease community.

Senate Talking Points: Ask for the Senate to Move Quickly
✓ Ninety five percent of the more than7000 rare diseases have no approved 
treatments.  Therefore, passage of bipartisan legislation is essential so that our 
families may see treatments developed during their lifetime. 
✓ Patients are in urgent need of lifesaving treatments; we hope the Senate will 
move quickly to ensure a bill is passed this year.
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HR 971: The open act

Orphan Product Extensions Now Accelerating Cures & Treatments (OPEN ACT) 
was introduced with 4 bipartisan co-sponsors including Reps. Bilirakis (R-FL) 
and Butterfield (D-NC).  The Act provides a six-month extension of exclusivity 
for companies to re-purpose drugs for rare diseases or “Rare-purpose” drugs.  
The EveryLife Foundation along with 135 patient organizations have endorsed 
the OPEN ACT. 

House talking points: Please Co-Sponsor  
✓ There are over 7,000 rare diseases, 95% of which have no approved 
treatment. The OPEN ACT  could potentially double the number of treatments 
available to the rare disease community.
✓ Rare-Purposed drugs will be priced at major market prices bringing down 
the average cost of rare disease drugs.
✓ Fewer rare disease patients will use untested and potentially ineffective 
drugs off–label.  Off-label drugs are also not reimbursed placing a huge 
financial burden on patients.

Senate Talking Points: Please consider introducing in the Senate
✓ We are currently seeking sponsors for Senate version of the OPEN ACT and 
would like to see your office taking a leadership role on this bill on behalf of the 
patients of the rare disease community.
✓ The Act provides an incentive for companies, creating a surge in biotech 
investment, new jobs, and research & clinical trials at Universities.
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HR 909: The Cure act

The Compassionate Use Reform & Enhancement Act (CURE Act) was 
introduced by Rep. Michael McCaul (R-TX), a co-chair of the Childhood Cancer 
Caucus, with bipartisan support from co-sponsors Reps. Butterfield (D-NC), 
Burgess (R-TX), Matsui (D-CA), and Lance (R-NJ). The bill was drafted with 
input from various patient and industry organizations.  The bill aims to create 
clear guidance on industry and FDA policies to help facilitate patient access to 
experimental or unapproved drugs. 

Suggested talking points:  Please ensure the 21st Century Cures 
Legislation improves Patient access to Experimental Drugs 

✓ It can take more than 15 years for a drug to go through development and FDA 
approval, but patients don’t have years to wait.  

✓ 95% of Rare Diseases have no FDA-approved treatments, access to 
experimental drugs is often a patient’s only option. 
 
✓ CURE Act provides guidance for companies to establish public expanded 
access policies and creates a task force to explore how to improve patient 
access to experimental therapies.

✓ My rare disease is 100% terminal, doing nothing is a greater risk of death 
than an experimental treatment.

?Advocacy Tip: Stay on message! It’s critical that 
we speak with one voice to maximize our impact on 
Capitol Hill.
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MODDERN Cures/dormant therapies Act

The Dormant Therapies Act, originally called the MODDERN Cures Act, 
has received bi-partisan and bicameral (House & Senate) support, with 
sponsorship from Rep. Leonard Lance (R-NJ-7) and Sens. Orrin Hatch (R-UT) 
and Michael Bennett (D-CO).  The National Health Council (NHC) has been the 
leading patient group supporting the legislation.  The Act creates new patent 
protection for potential therapies that companies will not currently develop 
because they do not have patent protection to make them profitable.  

Suggested talking points:  Please support in 21st century cures

✓ Potential lifesaving therapies are sitting on the shelves of drug companies 
and will never be developed because they are not profitable.  This bill 
incentivizes these companies to develop these treatments.   

✓ This bill could unleash new investment in medical innovation for diseases 
that have few or no treatment options and in doing so, result in new therapies 
for patients.

 ✓ While the average medicine takes 12 years to develop, medicines for rare 
diseases or chronic conditions can take even longer due to their complexity and 
small patient populations that make it hard to test potential new treatments. 
Often, the patent protection for these treatments runs out before they reach the 
patients who would benefit from them.

?Advocacy Tip: When your meeting concludes, remember 
to give staff your leave-behinds, so that they have a record 
of your “asks” and the issues you discussed.
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HR 292: Neurological Disease act

The bipartisan Advancing Research for Neurological Diseases Act of 2015 
re-introduced by Reps. Michael Burgess (R-TX) and Chris Van Hollen (D-MD) 
would create a national data collection system for neurological diseases, 
including Parkinson’s disease and multiple sclerosis, along with other diseases 
at the Centers for Disease Control (CDC). The system will collect information on 
the incidence and prevalence of neurological diseases and provide a foundation 
for evaluating and understanding many factors such as geographic clusters of 
diagnoses, variances in the gender ratio, disease burden, and changes in health 
care practices.  The bill’s advocacy efforts are being led by the Parkinson’s 
Action Network and the National MS Society.   

Suggested talking points:  Please Co-Sponsor

✓ Millions of Americans are suffering from neurological diseases, yet we lack 
the infrastructure to effectively track the number of patients affected by these 
devastating illnesses.

✓ Neurological diseases are the most difficult diseases to treat due to the 
complexity of the diseases, this bill will provide much needed research.

✓ This would provide a rich dataset for researchers to gain a better 
understanding neurological illness and could bring us closer to developing 
novel interventions and therapies for patients.

?Advocacy Tip:  Practice makes perfect! Prepare 
your pitch prior to your meetings and deliver your 
message clearly and concisely.
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In addition to the critical work being conducted around the 21st Century Cures 
initiative, we must continue to advocate for increased funding for our nations’ 
health agencies. These agencies are at the forefront of biomedical research and 
are critical for bringing innovative therapies to rare disease patients. 

The National Institutes of Health (NIH) is the world’s premier biomedical 
research institution, funding lifesaving research aimed at uncovering the 
underlying mechanisms of disease, including rare conditions through the 
Office of Rare Disease Research. Over the last decade, however, funding for 
research at the NIH has stagnated, and was recently the victim of deep budget 
cuts, commonly referred to as sequestration. The ongoing threat of additional 
budget cutbacks has hampered the agency’s ability to fund research, which is a 
major threat to U.S. biomedical innovation. 

The Food and Drug Administration (FDA) is the agency responsible for 
reviewing and approving new therapies for patients. Yet like many federal 
agencies, budget cuts from sequestration and the ongoing threat of additional 
cuts have greatly strained the agency’s budget at a time when the need for new 
treatments is greater than ever. 

Suggested talking points:  Protect these vital institutions

✓ Sequestration (across-the-board budget cuts) has already devastated funding 
at key health agencies like the National Institutes of Health (NIH) and the Food 
& Drug Administration (FDA).  We urge you to end Sequestration.

✓ Robust and growing funding for these critical agencies is essential for 
biomedical research and innovation to thrive, and to enable improvements in 
the drug review process.

✓ We urge Congress to boost funding for NIH and FDA, vital agencies whose 
work greatly benefits patients and their families who are suffering from rare 
diseases.

Funding for Health Research & Biomedical Innovation
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Social media Advocacy Tips

First and foremost, what is a hashtag?
• On Twitter and Facebook, the pound sign (or hash) turns any word or group of 
words that directly follow it into a searchable link. This allows you to organize 
content and track discussion topics based on those keywords. So, if you wanted to 
post about Rare Disease Week 2015, you would include #RareDC2015 in your post 
to join the conversation. Then, you could click the hashtag to see what all other Rare 
Disease Week posts have to say.

How do I ‘mention’ someone on twitter?
• Many Congressional Offices have Twitter accounts to keep in touch with their 
constituents.  If you happen to know your Representative’s Twitter name, you can @
mention them in your post about #RareDC2015
• If you don’t know your Representative’s Twitter name, it can often be found on their 
website.

Before your meeting: 
• Create a post tagging the Member’s office and the issue you will be talking about, for 
example:

“We are so excited to be meeting with @Senatorjenkins for #RareDC2015 to talk about 
ways we can bring treatments to rare disease patients.” 

This is a good way to introduce yourself and your issue to the staff. This will add a 
face to the upcoming meeting and will help them remember you and your issue.  

During the meeting:
• (Preferably towards the end) ask to take a photo 
• Jot down any notes that might make for good tweets or quotes on your FB 
page
After the meeting:
• Post your picture with a thank you note on Twitter and Facebook re-
emphasizing the ask or any key points you discussed during the meeting, for 
example:

“Thank you @Senatorjenkins for joining the Rare Disease Congressional Caucus and 
supporting rare disease legislation for #RareDC2015!”

Use the Hashtag: #Raredc2015
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Understanding the Legislative Process
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The most powerful tool a legislator has is their ability to author, co-sponsor and vote on 
legislation. We believe legislators should be both held accountable and given credit for taking 
these actions.  We see this document as a tool to help the rare disease community reach out to 
their Members of Congress and educate them on the bills that are important to patients. 

How to Use the Scorecard:
◆Include the Scorecard in your conversation about rare disease issues. 
◆If your legislator has a strong score - thank them. 
◆If your legislator’s score is poor, ask them what their main concerns were with the 
legislation.   
◆Ask for a commitment for an improved level of support – any easy way for them to 
improve their score is to join the Rare Disease Caucus.  

A Bill or Congressional Letter was scored if it met at least two of the following criteria:
•Increased funding for the FDA or NIH 
•Positively impacted rare disease patients access to treatments 
•Supported by more than 100 patient organizations
•100 Congressional Co-Sponsors or Co-signers
•Was passed by the House 

Disease specific legislation was not scored; however points were given to disease specific 
rare disease Caucus Co-Chairs.  

This scorecord is only a sampling of legislative votes and actions on bills does not always 
provide the full story.  We recognize that Members in Leadership position cannot co-sponsor 
legislation, however their actions behind the scenes to move rare disease legislation is essential 
to passing legislation.  Poor scores are more a reflection of the work we as a community need to 
do to educate Congress on the issues that are important to us than a reflection of Congress not 
supporting rare disease issues. 

About RDLa’s Congressional Scorecard
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The Rare Disease Congressional Caucus

Lou Barletta PA-11
Andy Barr KY-6
Eddie Bernice Johnson TX-30
Gus Bilirakis FL-12
Marsha Blackburn TN-7
Suzanne Bonamici OR-1
Mo Brooks AL-5
Julia Brownley CA-26
Michael Burgess TX-26
G.K. Butterfield NC-1
Shelley Moore Capito WV-2
Mike Capuano MA-7
Andre Carson IN-7
John Carter TX-31
Gerald Connolly VA-11
Rodney Davis IL-13
Charlie Dent PA-15
John Duncan, Jr.TN-2
Eliot Engel NY-16
Anna Eshoo CA-18
Stephen Fincher TN-8
Michael G. Fitzpatrick PA-8
Jeff Fortenberry NE-1
Jim Gerlach PA-6
Richard Hanna NY-22

Gregg Harper MS-3
Jared Huffman CA-2 
Darrell Issa CA-49
Lynn Jenkins KS-2
Hank Johnson GA-4
David P. Joyce OH-14
Marcy Kaptur OH-9
Peter King NY-2 
John Kline MN-2
Dan Lipinski IL-3
Frank LoBiondo NJ-2
Dave Loebsack IA-2
Zoe Lofgren CA-19
Carolyn Maloney NY-12
Sean Patrick Maloney NY-18
Kenny Marchant TX-24
Tom Marino PA-10
Carolyn McCarthy NY-4
Michael McCaul TX-10
Jim McGovern MA-2
David McKinley WV-1
Luke Messer IN-6
James Moran VA-8
Richard Neal MA-1
Bill Pascrell NJ-9

Erik Paulsen MN-3
Donald Payne, Jr. NJ-10
Gary Peters MI-14
Joseph Pitts PA-16
Jared Polis CO-2
Bill Posey FL-8
Mike Quigley IL-5
Reid Ribble WI-8
Peter Roskam IL-6
Ileana Ros-Lehtinen FL-27
Loretta Sanchez CA-46
Jan Schakowsky IL-9
David Scott GA-13
Pete Sessions TX-32
Adam Smith WA-9
Chris Smith NJ-4
Steve Stivers OH-15
Pat Tiberi OH-12
Fred Upton MI-6
Chris Van Hollen MD-8
Debbie Wasserman-Schultz FL-23
Ed Whitfield KY-1
Robert Wittman VA-1 
John Yarmouth KY-3

Thank you to Caucus Co-Chairs, Reps. Leonard Lance (NJ-7) 
& Joseph Crowley (NY-14), as well as all Caucus Members:
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Caucus 101: A Congressional Caucus is a group of members of Congress that meet to pursue 
common causes, objectives, or interests. There are hundreds of caucuses. The most common 
caucuses consist of members united as an interest group. A Caucus can hold briefings to raise 
awareness on an issue, but are not intended for legislative action (i.e. voting). 

The Rare Disease Congressional Caucus: The Rare Disease Caucus is co-chaired 
by Representatives Lance (R-NJ) and Crowley (D-NY) and has 74 members. The rare disease 
community is incredibly grateful for their leadership and support on rare disease issues, which 
has been critical for raising awareness and impacting change in Washington DC. During your 
meetings in the House, you should ask for offices to join the Rare Disease Caucus or thank them 
if they are already members. On the Senate side, we are currently seeking to create a Senate 
Rare Disease Caucus and have provided sample talking points below. In addition, we will be 
holding a Rare Disease Congressional Caucus briefing on Thursday, Feb 26th at noon in the 
Capitol Visitors Center (CVC) (see invitation), which you should invite congressional staff to 
attend. 

Rare Disease Congressional Caucus 
& Talking Points

Talking Points:
 
✓ If already a caucus member: Thank you so much being part of the Rare Disease 
Congressional Caucus. 
✓ If not a caucus member: We’d welcome your office to join the Rare Disease Caucus, 
along with over 70 Members who have already joined.
✓ If Speaking with a senator: We are looking for Senate offices who may be interested in 
working with the community to create a Senate rare disease Caucus. Please let us know 
if you are interested so we can work together to raise awareness about rare disease 
issues. 
✓ The Caucus is hosting a briefing on Thursday, February 26 at noon in the Capitol 
Visitor’s Center and we’d welcome you or other staff to attend.



21st Century Cures initiative
How to Take Action (Alert)!

An action alert is a request for specific action to be taken on a current 
political issue. Well-designed action alerts are a powerful way to engage 
and motivate people to participate in a politics and make sure your 
message is heard by the public and policymakers. 

Types of Action Alerts
✓Phone call:  These alerts are reserved for urgent issues and usually 
need immediate action to save or move a piece of legislation.  
✓Group sign on letter:  A letter is circulated in a community to 
gather organizations to take a position on a piece of legislation or 
policy.  
✓Individual Organization Letter:  Some organizations wish to send 
letters directly from their organizations to the Members on specific 
legislative issues.   
✓Emailing your Member of Congress:  RDLA’s online system 
automatically populates your Representative’s contact information 
and a draft letter for you to customize once you enter in your 
contact information.  
✓Submitting comments: When a governmental agency creates 
policy, they often will ask for comments from community 
stakeholders.  Comments are usually submitted online through a 
form.  

Taking action ensures that the rare disease community’s voice will continue 
to grow louder and together we can have an impact on Capitol Hill!



Rare Disease Legislative Advocates Presents:

In-District Lobby Days

August 3rd - September 4th
On August 3rd, Members of Congress will return home to their districts for a month to connect 
with constituents. This is the perfect opportunity for rare disease advocates to strengthen 
relationships with Members of Congress or build new relationships. We hope you to join us for 
our In-District Lobby Days! Our goal is to make it easy and convenient for you to participate.



LEGISLATIVE ADVOCACY * POLICY NEWS * GRASSROOTS ACTION
 

Rare Disease Legislative Advocates is a collaborative organization designed to support 
the advocacy of all rare disease patients and organizations. By growing the patient 
advocacy community and working collectively, we can amplify our many voices to ensure 

rare disease patients are heard in State and Federal Government. 
 

RDLA provides free resources and tools to support rare disease legislation including:
·Monthly conference calls & webinars to learn about rare disease legislation
·Monthly Action Alert Blasts with latest news & events  
·Online advocacy tools to contact Members of Congress
·RareAdvocates.org – Online clearinghouse for rare disease legislation & news
·Coordination of Rare Disease Congressional Caucus Briefings
·Office space for organizations visiting DC
·Consulting on legislative & grassroots strategies

EMPOWERING THE PATIENT TO BE AN ADVOCATE!
 

RDLA is a program of the EveryLife Foundation for Rare Diseases, a 501c3 nonprofit.



Dedicated to accelerating biotech innovation for rare 
disease treatments through science-driven public policy. 

We see our Foundation as an agent for change of the 
drug development system, positioned at the 
intersection between the patients and families of the 
rare disease community, science and industry experts, 
and the policy makers who together can enact change.

We believe: 
• No disease is too rare to deserve treatment.
• All new drugs for rare diseases should be safe

 and effective.
• We could be doing more with the science we 

already have.

We have the need. We have the science. We have the 
voices, strength, and capability to accelerate the 
process. Together, we will see change happen.

www.EveryLifeFoundation.org



Save the Date

A CelebrAtion to Honor AdvoCAtes 
wHo Give rAre diseAse PAtients 

A voiCe on CAPitol Hill

Presented by:

November 4th, 2015
Arena Stage

Washington, D.C.

www.rArevoiCeAwArds.orG



Empowering the patient to be an advocate

Rare Disease Legislative Advocates

www.RareAdvocates.org


