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Welcome to the webinar! 

Introductions 
Logistics 

Webinar Objectives 



21st Century Cures Act 

Stephanie Bozarth 
President, National MPS Society 

and 
Chair, Legislative Advocacy Committee 



21st Century Cures Act:  what is 
it and why is it important? 
✳ Originated in U.S. House of Representatives 

– Committee on Energy and Commerce 
✳ Bi-partisan legislation 
✳ Passed unanimously in Committee 
✳ Passed 344 to 77 in the full House – just last 

week! 
✳ National MPS Society is one of 156 patient 

advocacy groups that advocated in support 
✳ Must now move in the Senate 



Why do we need it? 

✳ There are 7,000 rare diseases; only 500 have 
approved treatments 

✳ There are 11 types of MPS but only 4 FDA 
approved enzyme replacement therapy 
treatments to slow disease progression.  There 
are no cures. 

✳ At the current rate of 10 new approved drugs 
per year, it will take 500 years to treat all rare 
diseases. 

✳ Current regulatory process has not kept pace 
with medical advances. 



What will it do? 

✳ Athe process to put more new drugs into the 
pipeline and available to patients 

✳ Incorporate the patient perspective into the 
drug development and regulatory review 
process: 
✳ Incorporate patient experiential data 
✳ Consider the unique risk versus benefit ratio for 

rare diseases 
✳ Modernize clinical trials – use biomarkers as 

endpoints 
✳ Provide incentives for the development of 

drugs for rare diseases (OPEN Act) 



The role of advocates 

Steve Smith 
Member, National MPS Society’s Legislative Advocacy Committee 

 
Director of Patient Value, Medidata Solutions 



The Power 
of Patient 
Advocacy 



Advocating for 21st Century 
Cures 
✳ Got to know members of Congress and 

communicated frequently 
✳ Spent time on Capitol Hill meeting with 

lawmakers, including members of the 
Energy and Commerce Committee 

✳ Sent emails, wrote letters, made phone calls 
✳ Met with FDA 
✳ Participated in forums 
✳ Talked about the issue on social media 



Chairman 
Fred Upton 

Chairwoman 
Diana DeGette 

Steve Smith 



Telling your story 

Amy Barkley 
Member, National MPS Society’s Legislative Advocacy Committee 

 
Director, Tobacco States and Mid-Atlantic Region, 

 Campaign for Tobacco-Free Kids 



Telling your story 



Connecting your story to 21st 
Century Cures 



Your turn! 

Diane Pickles 
How can members of the National MPS Society help 

advance the 21st Century Cures Act? 



What do we need folks to do? 

✳ Top priority:  communicate with their 
Senators during August recess 
✳ Share personal stories and connect them 

to the importance of the 21st Century 
Cures Act 

✳ Urge them to pass similar legislation in 
the Senate when they return to Congress 

✳ Let your Representative know you 
care about this bill and how they voted 





Top priority:  Meet with senators 
during August recess 
✳ Identify your Senators 
✳ Schedule a meeting (a call if you can’t meet 

in person) 
✳ Prepare for your meeting 
✳ Briefly share your story and why 21st 

Century Cures is important to you 
✳ Ask them to support the legislation when it 

comes to the Senate 
✳ Keep in touch! 



Identify your senators 

✳ You have two: 
  http://1.usa.gov/KxiTHC 



Schedule a meeting 

✳ Go to their web page to find the meeting 
request form 

✳ Write something like this:  “I am a 
constituent who is impacted by a rare disease 
called Mucopolysaccharidoses, or MPS, and I 
would like to discuss the legislation that 
recently passed in the House, the 21st Century 
Cures Act.” 

✳ Make sure they know you are a 
constituent 

✳ Follow up if you don’t hear back 
 



Prepare for your meeting 

Learn about your Senators:  spend about 
15-30 minutes surfing the web to read 
their bio, see what they talk about on 
social media, read current news 
articles about them or that quote 
them, and see what’s important to 
them 
 



Prepare for your meeting 

Check out the tools we have developed for you: 
✳ How to find your member of  Congress 
✳ Contacting your members of Congress 
✳ Strategies for finding information about your 

lawmakers 
✳ Fact sheet on MPS diseases 
✳ How to tell your personal story 
✳ Strategies for building a relationship with your 

lawmakers 
✳ Senate Fact Sheet on 21st Century Cures 
✳ How to write a letter to the editor with sample 

letters 
 



Prepare for your meeting 

✳ Think about your personal story and 
how it connects to the 21st Century 
Cures Act 

✳ Prepare to tell your story 
✳ Put together 2 to 3 key points you 

want to say about the legislation 
 



Recommendations for meetings 

✳ Be concise 
✳ Go light on the details 
✳ Don’t fear emotion 
✳ Plan to cover 2 to 3 key points about the 

legislation and why it is important to you 
✳ Be conversational 
✳ Remember that you don’t need to be an expert 

on the bill and that you are already an expert 
on your story 

✳ Close the meeting by asking for their support 
✳ Send a thank you 

 



Communicating with 
Representatives 
✳ You can find your Representative here 

(you have 1): 
   http://bit.ly/1nu9m5S 
✳ Find out how they voted: 
   http://bit.ly/1JfIKub 
✳ If they voted yes, say thank you 
✳ If they voted no, express disappointment 
✳ Tell them why this issue is important to 

you 
 

http://bit.ly/1nu9m5S
http://bit.ly/1JfIKub


After your meeting 

✳ Let Stephanie Bozarth know how it 
went! – stephbozarth@yahoo.com 

✳ For the over-achievers and super 
advocates :  write a letter to the 
editor of your local paper (we’ve 
provided samples) 
 

mailto:stephbozarth@yahoo.com


Keep in touch with your 
members 
✳ Call or email from time to time 
✳ Follow them online and via news 

search 
✳ Respond to action alerts 
✳ Build a relationship with them and/or 

their staff 
 



Questions? 



Thank You 
dpickles@mrss.com 

(978)387-5994 
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