
Date Time (EST)

Tuesday,
September 15, 2020

9:00pm–10:15pm The Next Generation of RARE Changemakers 
As COVID-19 has grown to a global pandemic, the 
impact of isolation has shaped our collective and 
individual experiences; for young adults navigating 
major life changes already, this has only added to the 
daunting equation. That is only more true for those 
young adults who have been impacted by a rare 
disease.  Whether they are a patient themselves, a 
caregiver and/or sibling, the pandemic has added new 
and evolving pressures that test their resolve, resilience 
and mental well-being, and further complicated an 
already complex path for many. Bringing together 
advocacy veterans and newcomers alike, this event 
will highlight the experiences of young adults who are 
working to chart their own paths, find resiliency and 
hope, and agitate for change in their personal and 
professional lives. Join us to hear how these insights 
can help today’s young adults, rare or not, to navigate 
life successfully and how allies, friends and families can 
provide meaningful.

WEEK 1 - CONNECT AND INSPIRE  

SCHEDULE OF EVENTS  (subject to change)
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Date Time (EST)

Wednesday, 
September 16, 2020

8:30pm-10:00pm RARE Together Watch Together Film Selections from The 
Disorder Channel: Just Diagnosed RARE
Grab some popcorn and join us for an engaging 
evening on resilience, inspiration, dedication, hope 
and courage with short films and discussions curated 
in partnership with The Disorder Channel. We will host 
patients and caregivers featured in each film to provide 
insight into their inspiring journeys.

• Hope for Haley tells the story of Haley Thelen, 
a sweet and determined two-year-old living in 
the Pittsburgh area. Haley is diagnosed with 
Bosch-Boonstra-Schaaf Optic Atrophy Syndrome 
(BBSOAS)  Haley’s parents, Melissa and Jeff, 
detail the struggles living with disease from the 
perspectives of Haley and themselves, ultimately 
finding triumph in the situation through the 
NR2F1 foundation and through the many 
“inchstones” they see through Haley’s journey.

• Menkes Disease: Finding Help & Hope  
Academy Award nominee Mary McDonnell 
narrates this look at a rare fatal genetic disorder 
called Menkes Disease. It prevents boys from 
metabolizing copper. Boys must get treatment 
in the first ten days of life in order to have long 
and relatively normal lives. If the disease is not 
detected and treated that early their lives are 
much shorter and far from normal. This short 
documentary aims to explain some of the basics 
of the disease and treatment but also provide 
context with examples from three families across 
the globe showing that there is life after this 
terrible diagnosis. And that life is more joyful and 
hopeful than you might expect.

• Foundations of Rare Syngap 
What if there’s no organization funding the 
research you need for your child? You start your 
own. Combining their backgrounds in private 
equity and grants, Mike and Ashley build SynGAP 
Research Fund from the ground up, to help their 
son Tony.

• Tess Is Not Alone: A USP7 Story 
A family seeks a diagnosis for their daughter Tess 
on the internet. They discover she is one of eight 
known cases in the world of USP7. Next they 
establish a foundation and locate dozens more 
facing the same rare disease.

      
      

WEEK 1 Continued... 
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Date Time (EST)

Thursday, 
September 17, 2020

8:30pm–10:00pm RARE Together Watch Together Film Selections from The 
Disorder Channel: Siblings Experience
Grab some popcorn and join us for an engaging 
evening on resilience, inspiration, dedication, hope 
and courage with short films and discussions curated 
in partnership with The Disorder Channel. We will host 
patients and caregivers featured in each film to provide 
insight into their inspiring journeys.

• Me, My Sister and Blau 
In October 2019, Lexi Townsin lost her life to 
Blau syndrome (early onset sarcoidosis). Her 
wish was to find a cure, but despite all their 
efforts the Townsins ran out of time before a 
cure was found. Lexi’s 9 year old brother Felix is 
determined to carry out her wish so that others 
do not suffer like she did. This is a story of love, 
dedication and courage.

• Unconditional: Raising a Glass Child with a PACS1 
Sibling 
Introduces the Poague Zellinger family who are 
facing PACS1 syndrome which affects their five 
year old son Finn. The phrase glass child refers 
to a sibling who might be neglected or given less 
attention because their brother or sister has 
more intense or dramatic needs. This is not only 
due to rare disease but that’s a striking example.

• Rare Disease in Children: Voices of the Siblings 
Three groups of siblings speak poignantly about 
what it is like to be the brother or sister of a 
child living with a rare, life-limiting disease. From 
COURAGEOUS PARENTS NETWORK, a nonprofit 
that empowers parents caring for children 
with serious illness, including the promotion of 
pediatric palliative care.

• Perfect Brothers 
Harry was born with a facial disfigurement due 
to a condition called “Goldenhar syndrome”. He 
is one of twins and this follows the story of the 
close bond with his brother Oliver. After many 
operations to improve Harry’s appearance he still 
gets a lot of negative attention but ultimately, he 
is a happy child.

WEEK 1 Continued... 
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Date Time (EST)

Friday, 
September 18, 2020

8:30pm-10:30pm RARE Together Watch Together Film Selections from The 
Disorder Channel: More Than a Quest – Success
Grab some popcorn and join us for an engaging 
evening on resilience, inspiration, dedication, hope 
and courage with short films and discussions curated 
in partnership with The Disorder Channel. We will host 
patients and caregivers featured in each film to provide 
insight into their inspiring journeys.

• Life & Atrophy 
After their son, Miles, is diagnosed with Spinal 
Muscular Atrophy, a devastating neuromuscular 
disease causing progressive muscle loss, Nikki 
and Tony seek an experimental treatment to save 
their son.

• Brick in the Wall 
Brick in the Wall follows the life and legacy of 
Joshua Frase, and his family (Alison and Paul 
Frase) as they journey to find a cure for his rare 
disorder, myotubular myopathy (MTM). Through 
twists and turns, the family finds hope in an 
unlikely place, a dog named Nibs. That hope 
spreads to the biomedical research industry 
and the amazing people and animals that serve 
research.

• Counting Every Second 
A Love Letter Series film is the story of Hannah 
Sames. A beautiful, young girl, diagnosed with 
GAN (Giant Axonal Neuropathy). GAN is a deadly, 
neurodegenerative rare disease. Hannah’s 
courageous spirit battles her only enemy - the 
ticking clock. What happens when the powerful 
will of a loving family intersects with people that 
dedicate their lives to scientific discovery?

Sunday, 
September 20, 2020

8:00pm–10:00pm A Celebration of Hope with the RARE Disease Community 
Fundraiser
Join us in simulcast global event bringing patients with 
a rare disease, family members, caregivers, advocates 
and friends together to celebrate how far we have 
come and the hope we have for the future of everyone 
impacted by rare disease!

WEEK 1 Continued... 
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Date Time (EST)

Monday, 
September 21, 2020

12:00pm-1:00pm Harnessing the Power of New Genomic Frontiers
Genomics has accelerated our ability to unlock the 
mysteries of rare diseases, enabling us to more 
accurately diagnose and treat patients. Be inspired 
by leading researchers and advocates as they discuss 
genomics from the Human Genome Project to novel 
gene therapies of the future and how they have each 
leveraged new science to understand and treat rare 
diseases.

1:10pm-2:00pm Engaging Diverse Voices at the Research Table
Building diverse and inclusive research programs 
and clinical trials is good science that produces more 
reliable outcomes. Hear experts in rare disease 
research discuss the current landscape of underserved 
community representation in research, common 
missteps in engaging with diverse communities, and 
disparities in access to care and research. Learn about 
considerations to keep top of mind when developing 
culturally competent outreach for your organization. 

In this discussion you will learn: 
• How you can be more inclusive in your rare 

disease research efforts
• What to consider when developing culturally 

competent outreach strategies
• How to build diverse coalitions so you can reach 

new patients

1:10pm–2:00pm Ensuring Inclusivity through Organizational Leadership
Truly diverse research begins with your team. Hear 
from experts as they discuss the value of having 
leadership, boards and teams that reflect the patient 
population being served. They will share insights to 
help you build a roadmap for making your organization 
more centered around diversity and inclusion and 
intentional approaches you can take to start this 
conversation for maximum impact. 

In this discussion you will learn how to: 
• Make your foundation or advocacy group more 

inclusive
• Develop diversity, equity and inclusion initiatives 

and programs for your community

WEEK 2 - CONNECT AND EMPOWER



Date Time (EST)

2:10pm–3:00pm Global Rare Disease Advocacy & Cross-Border 
Collaborations
Join us for a plenary discussion to help you better 
understand the global landscape of rare disease 
advocacy and key areas where strong alliances are 
arising. You will hear from global leaders about the top 
priorities for their organizations and populations and 
identify key opportunities you can leverage for cross-
border research collaborations. 

In this discussion you will learn:
• The differences in global advocacy landscapes
• How to better develop cross-border advocacy and 

research activities

3:00pm-4:30pm Networking and 1:1 Meetings

7:00pm-8:00pm Rare Disease Awareness Activities; Yoga 

Tuesday, 
September 22, 2020

12:00pm-1:00pm From Data to Decisions - Leveraging Genetic Data Beyond a 
Diagnosis
Will genomic sequencing or genetic testing give you and 
your family the answers you seek? And what happens 
when the results come in? In this discussion, learn 
what types of testing are available including whole 
genome and whole exome sequencing and what data 
or diagnoses they may show. And hear stories from 
families who have gone through testing and how they 
leveraged their results and information. 

In this discussion you will learn about:
• Potential mental health and emotional impacts in 

this testing journey
• Ways to best leverage testing to understand your 

disease
• The potential negative impacts on families 

receiving genetic diagnoses without available 
treatments or current research and how your 
organization can help prepare families to make 
important testing decisions

WEEK 2 Continued...
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Date Time (EST)

12:00pm-1:00pm Accelerating Rare Disease Diagnosis with AI and ML
How are artificial intelligence (AI) and machine learning 
(ML) being utilized in rare disease diagnosis? Join a 
discussion exploring new cases using AI and ML to 
improve the rare disease diagnosis process. Experts will 
share their thoughts on how all of us can work together 
to ensure that AI is developed with a framework of 
patient inclusivity and examine the operational and 
ethical considerations for patient data utilization and 
governance. 

In this discussion you will learn about:
• The AI and ML techniques and approaches being 

applied to rare disease diagnosis
• Opportunities and limitations this technology 

presents
• What patients need to know when considering 

involvement in AI and ML projects

1:10pm–2:00pm Elevate Natural History Study Planning and Reach
Patient organizations play a critical role in leveraging 
their communities’ data to drive innovation and access 
to therapies. Learn how you can develop the capacity at 
your own organization for improved data collection and 
governance, explore methodologies for data collection 
and registry models, and start accelerating your 
research immediately. 

In this discussion you will learn:
• How to plan for your natural history study
• Tips for approaching data governance 

conversations with researchers and clinicians
• Strategies to expand your natural history study 

reach to get more researcher interest

1:10pm–2:00pm Communication Tools for Accessible Science
What are the common missteps in communicating 
scientific and clinical information to patients? Hear 
from our experts and learn about recent pushes 
to expand clinical transparency and plain language 
summaries, best practices for communicating with 
patients, and how to develop culturally competent 
outreach materials. 

In this discussion you will learn:
• The biggest challenges in patient-facing scientific 

communications
• Ways to improve patient-facing communications
• About informed consent and the implications of 

communicating this information

WEEK 2 Continued...



Date Time (EST)

2:10pm–3:00pm Proactive Planning for Continuity of Research During a 
Crisis
The impacts of the COVID-19 global pandemic can be 
felt in every aspect of our lives but especially in rare 
disease research, bringing many research studies to a 
halt. Join our panel as they help you understand how 
COVID-19 has impacted global rare disease research 
and how you can preserve research specimens and 
maintain data quality to shield ongoing studies from 
the impacts of future research stoppages. 

In this plenary discussion you will learn to:
• Develop proactive tactics to shield ongoing 

studies from impacts of research stoppages in 
crisis

• Use what we’ve learned from research stoppages 
during COVID-19 to be more prepared in the 
future

3:00pm-4:30pm Networking and 1:1 Meetings

7:00pm-8:00pm Rare Disease Awareness Activities; Storytelling Meets Science 

Wednesday,
September 23, 2020

12:00pm–1:00pm Gene to Therapy: How Individualized Therapies are Becoming 
Reality
Personalized medicine is revolutionizing patient care 
as we know it. Hear from our panelists as they share 
case studies of the progress enabled by personalized 
medicine. They will share the risks and opportunities new 
technologies have created in this space as well as the 
hope personalized medicine brings for the future of rare 
disease.

1:10pm–2:00pm Mapping Patient Inclusion in Drug Development
Are you in the early stages of learning how to engage 
in the drug development process as an organization 
or individual patient? Then join us to get a strong 
understanding of the drug discovery and preclinical 
development processes. We will discuss the lifecycle of 
traditional therapies and new trends in research and 
development and also share with you how to develop 
alliances and partnerships with researchers in academia 
and industry. 

In this discussion you will learn how to:
• Best prepare your organization for engaging with 

researchers and building alliances
• Provide patient and advocate input in the drug 

development lifecycle to have the greatest impact
• Bring your patients and advocates together to push 

the needle in accelerating drug development

WEEK 2 Continued...
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Date Time (EST)

1:10pm–2:00pm Is a Gene Therapy Right for Your Disease?
Gene therapies like CRISPR (clustered regularly 
interspaced short palindromic repeats), Adeno-associated 
virus (AAV) and others are all over the news, but how 
do you know if it is right for you? Hear from experts on 
recent developments in gene therapy technologies and 
understand what conditions and mutations are the best fit 
for these solutions. 
In this discussion you will learn about:

• Genetic medicine and gene therapies and how they 
work

• The types of rare diseases that are best suited to 
gene therapies

• Recent successes in gene therapies and the 
instrumental role patients play

2:10pm–3:00pm The Patient-Centered Future of Clinical Trials
As the COVID-19 pandemic spread, regulatory agencies 
became more flexible, opening the door for decentralized 
and technology-enabled clinical trials. Join our panelists 
to learn more about this regulatory shift and how these 
changes may enable more patient-centric models in the 
future for rare disease research. We will be discussing the 
expanded use of remote monitoring technologies and 
remote data capture as well as how to advance endpoint 
design and measurement through collaboration with 
patients and advocates. 
In this discussion you will learn about:

• Decentralized trials and how they can be more 
patient-centric than traditional clinical trials

• The accelerated adoption and use of telehealth, 
home administration and remote monitoring due to 
the COVID-19 global pandemic

• Creating a more patient-inclusive clinical paradigm 
using these trial model

2:10pm–3:00pm Are Oligonucleotide Therapeutics Right for Your Disease?
Are you wondering if RNAi (RNA interference) or antisense 
oligonucleotide (ASO) therapeutics are right for your rare 
disease? Hear from experts on recent developments 
in oligonucleotide therapeutics for rare diseases and 
understand what conditions and  mutations are a 
best fit. You will also learn about recent developments 
in N-of-1 ASO and customized therapeutics and develop 
strategies to de-risk early therapeutic development and 
analyze common roadblocks. 
In this discussion you will learn about:

• Oligonucleotide therapeutics and how they work
• The types of rare diseases that are best suited to 

oligonucleotide therapeutics
• Considerations before pursuing this option

3:00pm-4:30pm Networking and 1:1 Meetings

WEEK 2 Continued...
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Date Time (EST)

7:00PM - 8:00PM Reflections on Building Successful Collaborations Between 
Advocates and Researchers, Hosted by Debra Melikian and 
Jason Sicklick

Thursday,
September 24, 2020

12:00pm–1:00pm Be Heard: Patient Perspectives in Novel Therapeutics 
Value-based Discussions
What are the biggest challenges to getting your 
perspectives included in value-based  discussions 
around novel therapeutics? Hear from advocates who 
are participating in discussions on value demonstration 
and reimbursement models for novel therapeutics  
and learn to leverage your patient perspective to 
provide a more holistic view of the value of novel 
therapeutics and their impact for patients and 
caregivers. 

In this plenary discussion you will learn:
• The biggest challenges for patients and  

caregivers participating in value-based discussions
• Tips for sharing input and insights within 

conversations around access, reimbursement and 
value of a new therapeutic

1:10pm–2:00pm Navigating the Transition of Care for Young Adult Patients
Hear firsthand from young adult rare disease patients 
who have gone through the transition from pediatric 
to adult care. They will discuss approaches you can use 
for yourself or a patient you care for to help make the 
transition of care coordination from parent or guardian 
to child more smooth, help you identify the biggest 
challenges you should be aware of when navigating 
access and reimbursement, and how to work with your 
insurer. 

In this discussion you will learn about:
• The biggest challenges that young adult rare 

patients face as they transition to adulthood
• How families and foundations can support young 

adults through this transition

1:10pm–2:00pm Mitigating Familial Financial Toxicity Through Planning
Join us for this discussion to learn about patient 
financial literacy and resources to support shared 
decision making. Financial experts will also discuss 
issues and barriers related to financial well-being, 
patient outcomes and quality of life. 

In this discussion you will learn how to:
• Plan for the financial burden of rare disease
• Find resources you will need to help families 

manage financial challenges due to rare disease

WEEK 2 Continued...



Date Time (EST)

2:10pm–3:00pm Patient Stories: How to Become a Proactive Financial 
Advocate for Young Adults
Join our panelists as they discuss the determinants of 
financial well-being for young adults with rare diseases 
and help you identify patient and clinical financial 
literacy and education gaps. Together we will explore 
financial advocacy and literacy resources available for 
all rare disease organizations wanting to educate their 
patient communities. 

In this discussion you will learn how to:
• The current landscape of financial advocacy in the 

rare disease space
• How young adults can be drivers of this 

conversation
• How the rare disease community can support 

families and individuals in these conversations

3:00pm-4:30pm Networking and 1:1 Meetings

7:00pm-8:00pm Angel Aid Presents - StressRx: Stress Resilience & Sensory 
Self-Care [in Micro-Moments A Day]

Friday,
September 25, 2020

12:00pm–1:00pm The Power of Human Connections and Resilient 
Communities
Now more than ever we need our communities but are 
stuck in a physically distanced  world. Hear stories of 
how communities that cannot be together in person 
are still creating a sense of togetherness. Our panelists 
will discuss the resiliency of rare patients as well as the 
mental health challenges many face, providing insights 
on the impact of isolation and how foundations and 
patient communities can support their members in  
the current normal for as long as the COVID-19 global 
pandemic lasts.

In this plenary discussion you will learn about:
• What it means to be a community across physical 

distance
• How patient and advocate communities can 

maintain connections in a physically dispersed 
world

• Ways to leverage new opportunities to connect 
virtually

WEEK 2 Continued...
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Date Time (EST)

1:10pm–2:00pm Operationalizing Patient Inclusivity and Maintaining 
Compliance
Patient inclusion in studies makes for better research. 
But how do you do this and also ensure compliance? 
Join our panel of experts as they discuss the common 
challenges in ensuring compliance in patient 
engagement and share strategies for proactively  
addressing compliance concerns to mitigate risk in 
patient engagement. 

In this plenary discussion you will learn about:
• The compliance considerations around patient 

inclusion in research
• The ways companies are working to proactively 

address compliance to ensure that patients are 
included throughout the drug development 
lifecycle

2:10pm–3:00pm Keynote- Building on Hope: Finding Unity in Uncertain Times
This year has brought new challenges for each of us 
that have impacted our journeys and significantly 
changed what our current lives look like in all aspects 
- it’s a lot. Join us for a living room conversation about 
where we’ve been this year, what we’ve learned and 
how we can come together now to turn our Hope 
into community-wide action. Linda Wade, Parvarthy 
Krishnan and Ryan Taft will sit down to reflect on the 
themes from this year’s (un)Summit, what keeps their 
(and our) passion alive, and what we all can do now 
to ensure that patients are not left behind in the new 
normal.

3:00pm-4:30pm Networking and 1:1 Meetings

WEEK 2 Continued...

Proudly Sponsored by

#2020GGSummit  

Sponsored by


