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Masters of Ceremonies
Chris Hogan
Chief Strategist, Retirement, Business and
Leadership, Dave Ramsey/The Lampo Group

Chris Hogan is the #1 national best-selling author
of Retire Inspired: It’s Not an Age. It’s a Financial
Number and host of the Retire Inspired podcast. A
popular and dynamic speaker on the topics of personal
finance, retirement, leadership and life, Chris helps people across the
country develop successful strategies to manage their money in both
their personal lives and businesses. For more than a decade, he has
served at Ramsey Solutions as a trusted financial coach and Ramsey
Personality. Chris’s son Case was diagnosed with Hunter Syndrome
(MPS II) in 2009.

Melissa Hogan
President, Project Alive

A former corporate attorney and strategy consultant,
Melissa’s life changed when her son Case was
diagnosed with Hunter Syndrome (MPS II) in 2009.
She now serves as the President of Project Alive, a
leading Hunter Syndrome research and advocacy
foundation, and as a Patient Representative for the Food and Drug
Administration (FDA), an advisory board member for the Mayo
Clinic Social Media Network, and on the Corporate and Foundation
Alliances for Global Genes. Melissa is considered a leading expert on
clinical trials for neurodegenerative diseases and has consulted on the
design of clinical trials for Hunter Syndrome around the world.
As the founder and President of Project Alive, Melissa has spearheaded
creative and award-winning campaigns for Hunter Syndrome
awareness and fundraising, including viral videos, a documentary
series, and even an original song she wrote called “Alive.” Project Alive
is currently funding a Phase I gene therapy clinical trial for Hunter
Syndrome.

The Abbey
The Abbey represents the “rare
voice” speaking on behalf of
patients, especially the children,
who might not otherwise be heard.
The Award was named for Abbey
Meyers, founder of the National
Organization for Rare Disorders
(NORD), with her blessing. The
statue was commissioned for
the RareVoice Awards from the
renowned sculptor Nobe, who
specializes in bronze.

www.sanofigenzyme.com
SAUS.GZ.17.06.3757
08/17
SanofiGZ_RareVoiceAwards_6x4.5.indd 1

10/24/2017 1:02:06 PM

Congressional Leadership
Award
Senator Amy Klobuchar

Senator Amy Klobuchar is the first woman elected to
represent Minnesota in the U.S. Senate. She serves
on the Judiciary, Commerce, Agriculture, Rules,
and Joint Economic Committees and is a member
of the Democratic leadership. In the Senate, she is
leading efforts to lower the cost of prescription drugs,
strengthen rural communities, and advance medical research and
innovation. The Washington Post called her “talented and effective,”
and the New York Times described her as a “former prosecutor with
made-for-state-fair charms.” Last year, Medill News Service reported
that Senator Klobuchar ranked first in the Senate with the most bills
enacted into law in the 114th Congress.

Representative Leonard Lance

Congressman Leonard Lance represents the Seventh
Congressional District of New Jersey and serves on
the House Energy and Commerce Committee and its
Health Subcommittee. He also chairs the bipartisan
Rare Disease Congressional Caucus and founded
the Deadliest Cancers Caucus with colleagues who
are dedicated to research and medical innovation. Through these
platforms, Representative Lance advances the agenda of medical
and biopharmaceutical research and development and champions
the fight of countless advocates who everyday seek new cures and
treatments for loved ones by promoting legislation that will continue
to strengthen and accelerate the pace of cures in the 21st century and
keep patient care at the forefront of every debate.

Thank You to Members of Congress Who
Received an “A” on Our Legislative Scorecard
California

Massachusetts

Rep. Julia Brownley
Rep. Tony Cardenas
Rep. Anna Eshoo
Rep. Jared Huffman
Rep. Ted Lieu
Rep. Zoe Lofgren
Rep. Doris Matsui
Rep. Jerry McNerney
Rep. Scott Peters

Rep. Michael Capuano
Rep. Katherine Clark
Re. James McGovern

Colorado
Rep. Diana DeGette
Rep. Jared Polis
Sen. Michael Bennett

Connecticut
Rep. John Larson

Florida

Rep. Gus Bilirakis
Rep. Alcee Hastings
Rep. Ileana Ros-Lehtinen
Rep. Debbie Wasserman-Shultz

Georgia

Rep. David Scott

Iowa

Rep. David Loebsack

Illinois

Rep. Cheri Bustos
Rep. Rodney Davis
Rep. Daniel Lipinski
Rep. Mike Quigley
Rep. Peter Roskam
Rep. Janice Schakowsky

Kentucky
Rep. John Yarmuth

Oregon

Rep. Suzanne Bonamici
Rep. Peter DeFazio
Rep. Kurt Schrader

Minnesota

Pennsylvania

Rep. Richard Nolan
Rep. Erik Paulsen
Rep. Timothy Walz
Sen. Amy Klobuchar

Rep. Lou Barletta
Rep. Ryan Costello
Rep. Charlie Dent
Rep. Mike Kelly
Rep. Tom Marino

Mississippi
Rep. Greg Harper

Nebraska

Rhode Island
Rep. David Cicilline

Rep. Jeff Fortenberry

Tennessee

Rep. Ann Kuster

Rep. Marsha Blackburn
Rep. Steve Cohen

New Hampshire
New Jersey

Rep. Bonnie Coleman-Watson
Rep. Leonard Lance
Rep. Frank LoBiondo
Rep. Donald Norcross
Rep. Bill Pascrell
Rep. Christopher Smith

New York

Rep. Yvette Clark
Rep. Eliot Engel
Rep. Carolyn Maloney
Rep. Paul Tonko

North Carolina
Rep. G.K. Butterfield

Ohio

Rep. Marcy Kaptur
Rep. David Joyce
Rep. Tim Ryan
Rep. Steve Stivers

Texas

Rep. Eddie Bernice Johnson
Rep. Michael McCaul

Utah

Sen. Orrin Hatch

Virginia

Rep. Barbara Comstock
Rep. Gerald Connolly

Vermont

Rep. Peter Welch

Washington

Rep. Suzan DelBene
Rep. Jaime Herrera-Beutler
Rep. Cathy McMorris-Rodgers

Wisconsin
Rep. Mark Pocan

The Rare Disease Community
Appreciates Your Outstanding Support!
RAREADVOCATES.ORG/SCORECARD

Federal Advocacy:
Congressional Staff

Morgan Brand
Legislative Aide, Office of Senator Chuck Schumer

Morgan Brand is a Legislative Aide for health and education in the office of
Senate Democratic Leader Chuck Schumer (D-NY). Her portfolio focuses
on national policies relevant to the prevention and treatment of disease
including research funding, drug development, and education and outreach
efforts. Morgan has secured consistent support for programs that benefit both
patient and research communities. She believes the tireless work of advocates
within the rare disease community will allow innovative research to thrive. As
a conduit for constituent priorities, Morgan seeks to translate advocacy needs
into productive public policy. Her evident passion for scientific discovery stems from her experience
contributing to neurological research as an undergraduate student at Emory University where
Morgan earned a B.S. in Neuroscience and Behavioral Biology.

Remy Brim
Senior FDA Policy Advisor, Senate HELP Committee,
Ranking Member Patty Murray

Remy Brim is the Senior FDA Policy Advisor to Senator Patty Murray
(D-WA), Ranking Member of the Senate Health, Education, Labor and
Pensions (HELP) Committee. She recently led Senate efforts to advance
the 21st Century Cures Act and the FDA Reauthorization Act. Remy was
previously the Senior Health Policy Advisor for Senator Elizabeth Warren
(D-MA) and a Health Policy Fellow for Representative Allyson Schwartz
(D-PA). As a Bioethics Fellow at the National Institutes of Health (NIH),
she addressed ethical conflicts in ongoing clinical trials and researched bioethical issues in the U.S.
healthcare system and clinical research enterprise. Her career began as a scientist focused on the
development of biological drug products. Remy received a B.S. in Microbiology and Molecular
Genetics from Michigan State University and a Ph.D. in Pharmacology from the University of
Michigan.

Stuart Portman
Health Policy Advisor, Senate Committee on Finance

Stuart Portman serves on the Senate Finance Committee, focusing on
Medicaid and Children’s Health Insurance Program (CHIP) issues. Prior
to joining the Finance Committee, he worked for Senator Orrin Hatch (RUT) as his health policy advisor on a number of health topics, including rare
disease research and development, Medicaid coverage determinations, and
health insurance reforms. He has been a part of Senator Hatch’s team for
over three years, and particularly enjoys hearing from rare disease advocates
who fight tirelessly and passionately to better the lives of their loved ones and
friends. Stuart is a native of St. Louis, Missouri. He earned his Master of
Public Health degree from the Milken Institute School of Public Health at the George Washington
University, and his B.S. in Biology and Political Science at the University of Denver.

Federal Advocacy:
Congressional Staff

Thomas Rice
Legislative Assistant, Office of Representative Michael
McCaul

As a Legislative Assistant for Congressman Michael McCaul (R-TX),
Thomas Rice advises the Congressman on a number of issues, including
healthcare and, more specifically, childhood cancer. He aides the
Congressman in his duties as founder and co-chair of the Childhood Cancer
Caucus which serves as a forum to assist Members of Congress in working
together to address and raise awareness about pediatric cancer while
working toward the goal of eliminating cancer as a threat to all children.
Through his work on pediatric cancer, Thomas helped Congressman McCaul secure the enactment
of his RACE for Children Act, which requires safety and efficacy testing of adult oncology products
in children. Before joining Congressman McCaul’s office, he worked as a Legislative Assistant for
the Washington, D.C. firm Mehlman Castagnetti Rosen & Thomas. Prior to that, he interned in
the office of Reprentative Patrick McHenry (R-NC). Having caught the political bug in high school,
Thomas attended the George Washington University and graduated in 2014 with a B.A. in Political
Science and History.

Polly Webster
Health Policy Director, Office of Representative Diana
DeGette

Polly Webster is Congresswoman Diana DeGette’s (D-CO) Health
Policy Director. She played a key role in bicameral negotiations on the 21st
Century Cures Act, which became law in December 2016. She continues
to lead the Congresswoman’s legislative efforts related to insurance
coverage, biomedical science, and numerous other topics within the health
policy portfolio. Prior to joining Congresswoman DeGette’s office, Polly
had fellowships on the Senate Finance Committee and in Senator Jay
Rockefeller’s (D-WV) office, where she worked primarily on Medicaid, CHIP, and Medicare Part
A. She has also held health policy jobs in the private sector at APCO Worldwide and Sidley Austin
LLP. Polly has a J.D. from the Georgetown University Law Center and an MPH degree from
the George Washington University. She did her undergraduate work at Denison University in
Granville, Ohio.

“One person can make a difference,
and everyone should try.”
-John F. Kennedy

LEGISLATIVE ADVOCACY * POLICY NEWS * GRASSROOTS ACTION
Rare Disease Legislative Advocates (RDLA) is a collaborative program
which supports the advocacy of all rare disease organizations and
empowers patients, caregivers and others in the rare community to be
effective advocates. RDLA resources and events are free for advocates
and government officials.
RDLA Advocacy Events:
• Rare Disease Week on Capitol Hill
• In-District Lobby Days
• Rare Disease Congressional Caucus briefings
• RareVoice Awards
Resources:
• Monthly webinars highlighting key state and federal legislation
• Congressional Scorecards
• Online advocacy tools to contact Congress
• Legislative clearinghouse at RareAdvocates.org
• Consulting on legislative strategy
• DC office space

EMPOWERING THE PATIENT TO BE AN ADVOCATE!
RDLA is a program of the EveryLife Foundation for Rare Diseases, a 501c3 nonprofit.

@RareAdvocates
WWW.RAREADVOCATES.ORG

GOING
AFTER
CURES
ISN’T FOR
THE FAINT
OF HEART.

GoBoldly.com

PhRMA congratulates the recipients of
the 2017 RareVoice Awards.
Welcome to the future of medicine. For all of us.
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Leadiant Biosciences, Inc.
is proud to support the

2017 RareVoice Awards Gala.

Gilead is a proud
supporter of the
Everylife Foundation
for Rare Diseases.

What’s the difference between a disease
affecting 300 and 300,000,000?
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Leadiant Biosciences, Inc.
Dedicated to providing new therapies
and new hope to people with rare diseases.

For more information, please visit www.gilead.com.
© 2016 Gilead Sciences, Inc.

leadiant.com
©2017 Leadiant Biosciences, Inc. LB019
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Federal Advocacy:
Patient Advocate

Lana Clay
Oncological Technology Researcher, University of
Southern California

Lana Clay is a 26-year survivor of leukemia and a doctoral student in
Applied Life Sciences who also holds Masters degrees in Public Health
Professions Education, Community Health Development and Business
Science. She has committed the last 10 years of her life to advocacy and
serves as an advocate for the Leukemia and Lymphoma Society. Lana is an
Oncology Mobile App Entrepreneur and a philanthropist. As the creator of
the non-profit Childhood Leukemia Survivors (CLS), Lana advocates for
various rare diseases. Lana is also a developer and creator of various mobile applications that focus
on rare diseases as well as a founding member of SoCal Cancer Connection. She participated in
refuting the Graham-Cassidy proposal for healthcare and rejection of any legislation that impacts
the quality, stability, affordability and accessibility for cancer patients. Lana supports the Federal
Cancer Drug Parity Act and believes in limiting legislation that would increase monthly insurance
premiums and out-of-pocket costs and denial of coverage to people with pre-existing conditions.
Her goals are to help accelerate therapies, limit barriers and create pathways to affordable care for
all cancer patients and survivors.

Heather Ferguson
Founder and Executive Director, Lymphedema Advocacy
Group

Heather Ferguson is the Founder and Executive Director of the
Lymphedema Advocacy Group. Her son Dylan was born in 2006 with
primary lymphedema. After a prolonged struggle to get a proper diagnosis
for Dylan, she was frustrated to learn that the compression garments and
supplies he would need to manage this chronic condition were not covered
by insurance. In 2009, Heather began working with her state representative
and succeeded in passing the North Carolina Lymphedema Diagnosis
and Treatment Act. Heather then turned her efforts to improving coverage nationwide with the
introduction of the Lymphedema Treatment Act (HR930/S497). This bipartisan and bicameral
bill is cosponsored by over 300 members of Congress, all thanks to grassroots patient advocacy.

“Do not go where the path may lead,
go instead where there is no path and
leave a trail.”
				 -Ralph Waldo Emerson

Federal Advocacy:
Patient Advocate

Paul Fogelberg
Patient Advocate and Director, Pulmonary Fibrosis
Advocates

Paul Fogelberg is a pulmonary fibrosis (PF) patient. His 2004 diagnosis
predicted his death within five years. Despite those odds, Paul went to work
as a volunteer PF advocate. Supported by his wife and three daughters,
Paul took his advocacy work to a new level in 2010 by founding an advocacy
non-profit, the Pulmonary Fibrosis Advocates (PFA). He recruited former
Representative Brian Baird (D-WA) to serve as its Chairman and the law firm
of Holland & Knight to represent the PFA. That firm has since been joined
by Arnold & Porter, Thorn Run Partners and Polsinelli. While federal funding for PF research was
‘flat’ from 2000-2009, the PFA’s advocacy resulted in an increase in PF research funding of $106.1
million since 2010. In addition, the number of PF research grants has doubled from 68 in 2010 to 136
in 2017.

Sharon Rose Nissley
Founder and Executive Director, Klippel-Feil Syndrome
Freedom

Diagnosed with Klippel-Feil Syndrome (KFS) eight years ago, Sharon
struggled to find information, knowledge, support, care and treatment options
for this painful rare musculoskeletal condition that affects the development of
the cervical spine and organs. When Sharon’s career as Director of Interior
Design was sidelined, she was motivated to find solutions. She developed an
international network of patients and families which provides resources and
support to improve the lives of those affected by KFS and empowers patients
to advocate for their needs. Sharon worked with Genetic Alliance to update KFS information for
the NIH National Library of Medicine. She actively built support for the 21st Century Cures Act by
using her graphic arts abilities on social media, a powerful platform for patients. As a patient fighting
four rare conditions, she was nominated in 2013 and 2015 as a Global Genes RARE Champion of
Hope. Sharon now lobbies Congress to pass the Orphan Product Extensions Now, Accelerating
Cures and Treatment (OPEN ACT) to bring forth treatments for those with rare disease.

IN-District

Lobby Days

Each summer, Members of Congress and their staff return home
to their districts to connect with constituents. This is the perfect
opportunity for rare disease advocates to strengthen or build
relationships with Members of Congress. Our goal is to make it easy
and convenient for advocates to participate.

JULY 30TH - AUGUST 31ST, 2018

RAREADVOCATES.ORG/IN-DISTRICT-LOBBY-DAYS

Federal Legislative Victories
Thanks to the efforts of rare disease patients and caregivers across the country,
several pivotal laws were enacted in the past year.
In December 2016, the 21st Century Cures
Act was signed into law after passing
with broad bipartisan support in the
House and Senate. This legislation was
the culmination of several years of effort
gathering expert input and listening closely
to what the patient community needs to
make rare disease treatments a reality.
Patient advocacy efforts also prevented
Affordable Care Act (ACA) replacement
plans that would be detrimental to
individuals with pre-existing conditions from passing in the Senate. One proposal,
which would have repealed the ACA without a replacement, would have resulted
in coverage loss for 32 million individuals by 2026, per the Congressional Budget
Office (CBO).
The FDA Reauthorization Act (FDARA), which allows the FDA to collect user
fees from biopharmaceutical companies in exchange for timely review of new
medicines, was signed into law in September. FDARA reauthorizes four user
fee programs including the Prescription Drug User Fee Act (PDUFA) for five
years. FDARA advances innovative clinical trial designs, patient-focused drug
development, and the use of real-world evidence in regulatory decisions. Notably,
PDUFA VI strengthens efforts to incorporate patient experience data into the
drug development process. These initiatives build on key elements of the 21st
Century Cures Act.
The RACE for Children Act, which was
included in FDARA, will require drug
manufacturers to enroll children into trials
for treatments targeting pediatric cancers
by modifying the Pediatric Research
Equity Act.
The Better Empowerment Now to
Enhance Framework and Improve
Treatments (BENEFIT) Act passed in
the Senate earlier this year. This legislation would ensure that patient experience
data is considered as part of the FDA’s risk-benefit assessment. The bill is awaiting
passage in the House.

Federal Advocacy:
Teen Advocate

Adam Foye
Patient Advocate, Team Titin

Adam has lived his whole life with a rare muscle disease known as Titin-related
centronuclear myopathy. Despite managing numerous health challenges, he
faces barriers head-on. This year, Adam took on the role of being a voice for
others, so that their health isn’t a barrier for them either. As a person with
a rare, chronic health condition, he knows how important access to good
medical care is. When the Affordable Care Act came under threat of repeal,
he felt the need to stand up for all people with ongoing medical challenges.
When he was offered a chance to speak out on camera by BlueWaveNJ as part
of an advocacy campaign, he was happy to get involved. Adam is a high school student who enjoys
science, computers and online gaming. He hopes to have a career in computers.

Emily Muller
Founder, Emily’s Fight

Emily Muller established herself as a prominent activist in the rare disease
community when she launched Emily’s Fight, an awareness campaign, at
the age of thirteen. Although she never expected her passion project to gain
an international following, she tries to put it to good use. Never afraid to
talk about taboo subjects, Emily frequently addresses young adult issues and
the mental health effects of serious illness. She has spoken at such events as
TEDx, the Global Genes RARE Patient Advocacy Summit, SHINE and
the Starlight Children’s Foundation Midwest Gala, and contributed written
pieces to The Mighty and To Write Love On Her Arms. In addition, Emily is a passionate legislative
advocate and gained recognition from the House Energy and Commerce Committee after three
years of lobbying and internet activism in support of the 21st Century Cures Act.

Shira Strongin
Founder, Sick Chicks

At 18, Shira Strongin is an accomplished, award-winning activist and writer
who has an undiagnosed rare disease that she does not let stop her. She is the
founder of Sick Chicks, an international community that works to empower
and unite women with varying disabilities and illnesses. Her writing has
been published in publications such as Forbes and she has a passion for
speaking on topics such as disability rights, women’s rights and engaging the
young adult community in advocacy. Shira has hosted two cyber rallies for
21st Century Cures and has also been active in support of the OPEN ACT.
When Shira isn’t lobbying Congress about health policy, she enjoys playing
and listening to music, swing dancing and binge watching Netflix.

State Advocacy:
Patient Advocate

Raymond Brooks
Patient Advocate

Raymond Brooks has worked with West Virginia Senate and House members
and Governor Jim Justice to advocate for rare disease patients. He helped
get Senate Bill(SB) 339 passed to establish the Commission on Chronic Pain
Management. Once passed by the Senate, he worked with Governor Justice
to sign SB339 into law. Raymond also worked with Governor Justice to write
a proclamation making July 2017 in observation of Arachnoiditis Awareness
Month. This is the first time in history that West Virginia proclaimed any
period of observance for this rare and painful chronic disease. Raymond also
worked with the legislature and Governor to pass SB 386, making West Virginia the 28th state with
medicinal marijuana for qualified patients with debilitating chronic medical illness.

Angela Ramirez Holmes
President, CAL Rare

Angela Ramirez Holmes is the President of the California Action Link for
Rare Diseases (CAL Rare), a non-profit dedicated to providing a common
voice for rare disease patients in California. She started her advocacy in rare
diseases when her then eight year-old son Andrew was diagnosed with a rare
brain condition, arteriovenous malformation (AVM). In the short time since,
she and her family have raised over $10,000 for The Aneurysm and AVM
Foundation and collected hundreds of toys for UCSF Benioff Children’s
Hospital Oakland. In 2017, Angela launched CAL Rare to bring together
stakeholders to raise awareness among the general public and decision-makers regarding rare
diseases. The first project of Cal Rare was launching the Rare Disease California Caucus, the second
state legislative caucus in the country. Angela graduated from Saint Mary’s College of California
with a B.A. in Politics and U.S. History.

The EveryLife Foundation is committed to ensuring that policymakers
and legislators hear directly from patients. Rare Giving is the
Foundation’s grant program to support individual rare disease
patients and patient organizations. The program provides travel
scholarships for patient advocates to attend events on Capitol
Hill and public workshops hosted by FDA and NIH. Sponsorships
are also available for patient and physician education events that
facilitate collaboration across diseases and/or engage rare disease
advocates in public policy.

WWW.RAREGIVING.ORG

State Advocacy:
Patient Advocate

Barby Ingle
President, International Pain Foundation

Barby Ingle advocates for everyone challenged with a chronic condition
involving chronic pain and rare disease. She does this for patients like her,
as well as their families, caregivers, healthcare professionals and the public.
Through her activities for International Pain Foundation, Consumer Pain
Advocacy Task Force (CPATF), State Pain Policy Advocacy Network
(SPPAN), RDLA and the 16 other coalitions she partners with, she is
fighting daily for patients’ right to proper and timely access to care, open
access to treatment, and bio-psycho-social advances in care, in-person and
online. Barby advocates for chronic awareness to help the invisible become visible so that patients
can learn how to participate fully in society.

Anna Payne
Patient Advocate

Anna Payne is a 30-year-old person with cystic fibrosis (CF) who is working
on accomplishing her dreams every day. Her passion is for helping to raise
awareness and support for those with rare diseases, and her favorite activity is
advocacy work. In the past year, she has done her best to voice her concerns
and raise awareness for the CF community. She sat down with her local
Congressman and Senator, and traveled to the state capitol to speak with
various legislators. She has been featured in her local newspaper, and an
article on philly.com. She does all of this while working full time at a local
credit union. Anna must maintain a strict regimen of treatments and pills to stay healthy. She believes
that the only way to make a difference is to get involved, to stand up, and raise her voice. She knows
the relationships she has been building over the years with national and state legislators will have a
positive impact for years to come.

Darlene Shelton
Founder and President, Danny’s Dose Alliance

After her first grandson was unexpectedly diagnosed with severe hemophilia
B, Darlene Shelton discovered protocols prohibiting paramedics/emergency
room (ER) doctors from administering medications carried by rare disease
patients. Realizing the danger, she stepped into action creating the Danny’s
Dose Alliance and embarked on a journey to spur change. Starting in Missouri
working with the EMS Association, Darlene realized the problem pertains
to all patients with special medical needs for treatment or medications. The
problem appeared to be conflicting protocols, fear of liability and education.
The organization’s three main goals became changing protocols, assisting with paramedic/ER
education and providing families with education. Danny’s Dose successfully passed Emergency
Medical Service (EMS) Protocol legislation in Missouri within two years and is currently assisting
with education.

State Advocacy:
State Legislator

Senator Lauren Book
Member, Florida State Senate

Senator Lauren Book, M.S. Ed, is an internationally respected and renowned
child advocate, former classroom teacher and best-selling author. She was
elected to serve the Broward County-based District 32 in the Florida Senate.
Senator Book serves as the Democratic Leader Pro Tempore and is the
Chair of the Appropriations Subcommittee of the Environment and Natural
Resources Committee. She also serves on several committees including
Appropriations, Rules, Health Policy, Education, and Environmental
Preservation and Conservation, as well as the Appropriations Subcommittee
on Health and Human Services. Senator Book enjoys spending time with her husband, Blair Byrnes,
and two infant twins, Kennedy Grace and Hudson Lee. In her capacity as Founder and CEO of
Florida-based nonprofit Lauren’s Kids, Senator Book works tirelessly to prevent child sexual abuse
and help survivors heal, and has been named a PEOPLE All-Star Among Us and L’Oreal Woman
of Worth. She is the recipient of a Congressional Medal of Merit for her tireless work to protect
childhood. She is an EMMY and Gracie Award-winning television producer and has been featured
in national media outlets including Newsweek, Cosmopolitan Magazine, the Huffington Post, USA
Today and many more.

Representative Becky Ruth
Member, Missouri State House of Representatives

State Representative Becky Ruth has been a strong advocate for newborn
screening. This year, she sponsored and passed legislation into law to add
spinal muscular atrophy (SMA) and MPS (mucopolysaccharidoses) II to
newborn screening, making Missouri the first state to test all babies for SMA.
In 2009, before becoming a legislator, she was instrumental in passing the
Brady Alan Cunningham Newborn Screening Act, named after her first
grandson who passed away from Krabbe Disease. It added Krabbe, Fabry,
Gauche, Pompe and Niemann-Pick to newborn screening in Missouri.
Missouri was the first state to detect a child with Pompe through newborn screening. Representative
Ruth has served on Health-Mental Health Policy, Appropriations for Health-Mental Health,
and Children and Families Committees. She and her husband, Don, have four children and four
grandchildren.

NEWBORN
SCREENING

Newborn screening is a life-saving public health initiative that serves every
child born in the United States. Unfortunately, screening programs vary
widely by state, leading to disparate health outcomes for babies. While some
states screen for fewer than 30 diseases, others screen for over 60. We can do
better. By changing policy we can save lives.

www.RareScreening.org

State Advocacy:
Teen Advocate

Taylor Kane
Lead Advocate, Run for ALD

Shortly after her father’s death from the x-linked genetic disease
adrenoleukodystrophy (ALD) when she was five years old, Taylor Kane
began volunteering for Run for ALD, a non-profit which raises awareness
and money for ALD research. Now, at age 19, Taylor is the lead advocate for
the organization, having helped raise more than $200,000 for ALD research.
In 2013, she successfully lobbied the New Jersey legislature and governor
to enact a law requiring the screening of newborns for ALD. Taylor also
testified before an advisory committee of the Secretary of Health and Human
Services in support of the addition of ALD to the national Recommended Uniform Screening Panel
(RUSP). In 2015, Taylor, an ALD carrier, founded a support group called Y.A.C. (Young ALD
Carriers) to unite, educate and empower teenage and young adult female carriers, and to assist them
in affecting positive change through advocacy, social media and the legislative process.

Ian Mignone
Patient Advocate

For the past ten years, Ian Mignone’s mother has suffered from Addison’s
Disease. The summer following his freshman year of high school he
volunteered at University of Florida Health’s emergency room in Jacksonville.
There he learned that EMS personnel could not treat an adrenal crisis simply
because they did not have a protocol in place. He has spent over two years
diligently working to implement advancements in protocols for an adrenal
crisis. His first breakthrough was with Florida’s Duval County Medical
Director. Since then, he has successfully passed protocols in eight Florida
counties, and is currently working with twenty-one additional counties to continue to press forward
throughout Florida.
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The EveryLife Foundation for Rare Diseases is a 501(c)(3)
nonprofit dedicated to accelerating biotech innovation
for rare disease treatments through science-driven public
policy. We can do more with the science we already have
and bring life-saving treatments to millions of people
suffering from rare diseases.
The Foundation seeks practical policy solutions that will:
• Close the innovation gap for the 95% of rare diseases
that have no FDA-approved treatment
• Ensure patients receive earliest access to diagnostic
and treatment opportunities
• Improve the regulatory process and advance
regulatory science for rare disease therapies
• Enhance the patient voice in policymaking, drug
development and regulatory decision-making

WWW.EVERYLIFEFOUNDATION.ORG
@EveryLifeOrg

RAREARTIST

Rare Artist is a program of the EveryLife Foundation intended to
showcase artwork and artists in order to raise awareness about
rare diseases and celebrate our vibrant community.
Please join us for our fourth annual Rare Artist Reception during
Rare Disease Week on Capitol Hill.
February 28th, 2018 * 5:00-7:00 pm
We are pleased to display a selection of works from the 2016
Rare Artist contest tonight:
Nimue Fong Yee
“Waterlillies”
Hertz Nazaire
“Ten Redefined”
Lynn Ghaziri
“The Girl Without the Pearl Earring”
Aynslee Hodnett
“Figurative 17”
Kayla McEvoy
“Zebras Matter”
Pat Guerre
“Untitled”
The 2017 Rare Artist contest is accepting entries through December 7th. To
enter or to view entries from previous years, visit

www.RareArtist.org

FULLY COMMITTED
At AveXis, we are working relentlessly to bring gene therapy to
patients and families affected by rare genetic diseases.
For more information about AveXis,
please visit www.avexis.com.

© 2017 AveXis, Inc.
All Rights Reserved.
AVS-S-17-0149

February 25 - March 1, 2018

RDLA will bring 350 patient advocates to Washington DC for a week of
events dedicated to empowering patients, families and friends to become
legislative advocates. Advocates will have an opportunity to meet with
Members of Congress, network with government leaders and learn best
practices for successful advocacy.

2018 Rare Disease Week on Capitol Hill
Sunday, February 25th:
Monday, february 26th:

■ Cocktail Reception and Documentary
Screening
■ Legislative Conference at Ronald Reagan

Building and International Trade Center
Tuesday, February 27th:
■ Lobby Day Breakfast
■ Meetings with Members of Congress
Wednesday, February 28th: ■ Rare Disease Congressional Caucus Briefing
■ Rare Artist Reception
Thursday, march 1st:
■ Rare Disease Day at the National Institutes
of Health

There is no cost for advocates to attend and travel stipends are available.

WWW.RAREADVOCATES.ORG/RDW
#RareDC2018

The Rare Disease Congressional Caucus is a forum for Members of
Congress to voice constituent concerns, collaborate on ideas, facilitate
conversations between the medical and patient community, and build
support for legislation that will improve the lives of people with rare
diseases.

Thank You
To our Rare DIsease Congressional Caucus Co-Chairs

Senator
Amy Klobuchar (D-MN)

Senator
Orrin Hatch (R-UT)

Representative
G.K. Butterfield (D-NC)

Representative
Leonard Lance (R-NJ)

2017 Rare Disease Capitol Hill Briefings
• March: Advancing Rare Disease Treatments in the Era of Cures and
Healthcare Reform
• May: Incentivizing Innovation for Rare Disease Treatment Development
• September: Curing Rare Disease: Policy and Regulation Needed for
Emerging Technology
• November: Diagnostic Challenges for Rare Disease Patients

The Bipartisan Caucus By the Numbers
127 Members

120 House

7 Senate

59 Republicans

67 Democrats

1 Independent

WWW.RARECAUCUS.ORG

Inspired by patients.
Grounded in science.

Our mission is to reduce
the impact of extremely
rare and devastating
diseases by providing
urgently needed
therapies.
We work side-by-side with rare
disease communities to increase
awareness, improve diagnosis and
expand availability of treatments for
people with rare diseases.
© 2017 Recordati Rare Diseases Inc. All rights reserved. - NP-RRD-US-0056

As a global biopharmaceutical company focused
on delivering breakthrough medicines to patients,
Horizon Pharma is proud to sponsor the
Everylife Foundation’s ‘RareVoice Awards’.

www.horizonpharma.com

FOR US,

Congratulations to
Patient Advocates
Nominated This Year
Krista Brack
Rachel Dunn
Isabelle Lousada
Desiree Lyon Howe
Richard Plotkin
Frank Rivera
Skye Steppe
Thank you for your efforts on behalf of
the rare disease community!

In Loving Memory of Sue Colton
Sue was a valued member of the EveryLife Foundation
team, helping in many different roles over four years to
help build the Foundation into what it is today. She
was dedicated to our mission and the patients we serve.
Sue’s energy, humor and unrelenting optimism about
the Foundation’s potential are qualities that cannot be
replaced. She will be greatly missed by her family, our
team and the rare disease community.

Thank You to Our
Grassroots Sponsors

Thank You to Our
Nominations Committee
•
•
•
•
•

Mark Dant, EveryLife Foundation for Rare Diseases
David Eckstein, National Institutes of Health
Cheryl Jaeger, Williams & Jensen
Mark Lenker, Shire Pharmaceuticals
Gina Szajnuk, Rare and Undiagnosed Network

hope
care
admire

And so we believe
In the fight against rare disease, today could be the day.

support

What we accomplish today could help give millions of people living
with rare diseases the hope they need to keep going every day.
Champion the fight against rare disease with us at shire.com

persevere
carry on
persist
commit

go further
promise
©2017 Shire. All rights reserved.

