
 
 
 

Access to Gene Therapy Resource Guide 

 

MDA Resources 

MDA.org is a great place to find programs and resources to support you, a few of those 

resources are listed below. The MDA Resource Center is also available to help you 

navigate MDA’s wide array of resources and also connect you with outside organizations 

that can help.   

• Meet the MDA Care Center Team 

• MDA Care Center Locator 

• Innovations in Science: What We’ve Achieved 

• Innovations in Science: Grants at a Glance 

• MDA Calls for Widespread Insurance Coverage of FDA-Approved Neuromuscular 
Disease Treatments 

• Gene Therapy Community Support 

• MDA Advocacy Institute: Policies Influencing Gene Therapy Development 

•  

MDA Community Education 

MDA Community Education empowers the neuromuscular disease (NMD) community 
through high-quality, responsive, and relevant educational programs and materials 
focused on overcoming barriers to access, navigating life's transitions, and making 
informed decisions about their care. 
 
MDA Virtual Learning Programs 

• Gene Therapy 101 

MDA Access Workshops 

• Access To Coverage: Insurance 

• Access To Coverage: Equipment And Assistive Devices Workshop 

• Access To Education: K-12 

• Access To Education: Higher Education 

• Access To Coverage: Approved Treatments 

MDA Print Materials 

• Gene Therapy FAQ 
o Spanish 

https://www.mda.org/
https://www.mda.org/care/mda-resource-center
https://www.mda.org/care/mda-care-center-team
https://www.mda.org/care/mda-care-centers
https://www.mda.org/science/what-weve-achieved
https://www.mda.org/science/grants-at-a-glance
https://votervoice.s3.amazonaws.com/groups/mda/attachments/03.08.2023%20-%20MDA%20Statement%20on%20Access%20to%20FDA%20Approved%20Therapies.pdf
https://votervoice.s3.amazonaws.com/groups/mda/attachments/03.08.2023%20-%20MDA%20Statement%20on%20Access%20to%20FDA%20Approved%20Therapies.pdf
https://www.mda.org/care/gene-therapy-community-support
https://www.youtube.com/watch?v=tq1LFYRwYPM
https://www.mda.org/care/community-ed/virtual-learning-programs/2023/gene-therapy-101
https://www.mda.org/care/access-workshop/2021/access-to-coverage-insurance
https://www.mda.org/care/access-workshop/2021/access-to-coverage-equipment-and-assistive-devices-workshop
https://www.mda.org/care/access-workshop/2021/access-to-education-k-12
https://www.mda.org/care/access-workshop/2021/access-to-education-higher-education
https://www.mda.org/care/access-workshop/2022/access-to-coverage-approved-treatments
https://www.mda.org/sites/default/files/2023/06/Gene-Therapy-FAQ.pdf
https://www.mda.org/sites/default/files/2023/06/Gene-Therapy-FAQ_Spanish.pdf


 
 

• Gene Therapy Planning Checklist 

• Gene Therapy: A Guide For What to Expect 
o Spanish 

• Gene Therapy: Myths and Facts 
o Spanish 

• The Impact of Gene Therapy on Families 

• MDA Health Insurance Worksheet 

• MDA Toolkit: Printable Resources 

• MDA Health Insurance Worksheet 

• MDA Emergency Room Alert Summary 

 

For upcoming programs, please visit mda.org/community-ed   

MDA Quest Media 

Quest Media is an innovative adaptive lifestyle platform from MDA. With the power of 
this platform, we foster awareness and empowerment and have important conversations 
with experts, thought leaders, and members of the neuromuscular disease community 
about topics that matter to them and to the larger community of individuals with 
disabilities. 

• How to Make a Decision About a Clinical Trial 

• MOVR Data Hub Aims to Improve Research and Care 

• Express Delivery 

• Insurance Denials for Gene Therapy Treatment Delay Access to Care 

 

Resources From This Workshop 

• clinicaltrials.gov 

• CMS.Gov 

o Let Medicaid Give You a Ride 

• Elevidys/ Amondys 45/ Exondys 51/ Vyondys 53 

o SereptAssist 

• Hope Help Live 

• ILRU Directory of Centers for Independent Living (CILs) 

• National Institutes of Health 

o NIH Clinical Research Trials and You 

• National Library of Medicine 

o Mechanisms of Action for Small Molecules Revealed by Structural Biology 

in Drug Discovery 

https://www.mda.org/sites/default/files/2023/09/Gene-Therapy-Planning-Checklist.pdf
https://www.mda.org/sites/default/files/2023/06/Gene-Therapy-A-Guide-for-What-to-expect.pdf
https://www.mda.org/sites/default/files/2023/06/Gene-Therapy-A-Guide-for-What-to-expect_Spanish.pdf
https://www.mda.org/sites/default/files/2023/06/Gene-Therapy-Myths-and-Facts.pdf
https://www.mda.org/sites/default/files/2023/06/Gene-Therapy-Myths-and-Facts_Spanish.pdf
https://www.mda.org/sites/default/files/2023/11/Impact-of-Gene-Therapy-on-Families.pdf
https://www.mda.org/sites/default/files/2020/03/Health-Insurance-Worksheet_MDA-MCDA-17001.pdf
https://www.mda.org/care/mda-toolkit
https://www.mda.org/sites/default/files/2020/03/Health-Insurance-Worksheet_MDA-MCDA-17001.pdf
https://www.mda.org/sites/default/files/2022/06/NMD-ER-Alert-Card-Summary.pdf
https://www.mda.org/care/community-ed
https://mdaquest.org/how-to-make-a-decision-about-a-clinical-trial/
https://mdaquest.org/movr-data-hub-aims-to-improve-research-and-care/
https://mdaquest.org/express-delivery/
https://mdaquest.org/insurance-denials-for-gene-therapy-treatment-delay-access-to-care/
https://clinicaltrials.gov/
https://www.cms.gov/
https://www.cms.gov/medicare-medicaid-coordination/fraud-prevention/medicaid-integrity-education/downloads/nemt-factsheet.pdf
https://www.vyondys53.com/#getstarted
https://helphopelive.org/about/our-advantage/
https://www.ilru.org/projects/cil-net/cil-center-and-association-directory
https://mdaquest.org/how-to-make-a-decision-about-a-clinical-trial/
https://www.ncbi.nlm.nih.gov/pmc/articles/PMC7432558/
https://www.ncbi.nlm.nih.gov/pmc/articles/PMC7432558/


 
 

• Qalsody 

o InsideALS.com 

o QALSODY (tofersen) Copay Program 

• Researchmatch.org 

• Spinraza 

o SMA360 

• U.S Food and Drug Administration 

o Center for Drug Evaluation and Research (CDER) 

o Clinical Trials: What Patients Need to Know 

o Drug Approval Process 

▪ Clinical Research 

o Fast Track, Breakthrough Therapy, Accelerated Approval, Priority Review 

▪ Accelerated Approval 

▪ Breakthrough Therapy 

▪ Fast Track 

▪ Priority Review 

o Gene Therapy Inside Out 

o Investigational New Drug (IND) Application 

o New Drug Application (NDA) 

• Viltepso 

o NSSupport 

• Zolgensma 

o OneGene Program 

 

https://www.insideals.com/
https://www.qalsody.com/
https://www.researchmatch.org/
https://www.spinraza.com/en_us/home/support-and-events/sma360.html
https://www.fda.gov/about-fda/fda-organization/center-drug-evaluation-and-research-cder
https://www.fda.gov/patients/clinical-trials-what-patients-need-know#:~:text=Clinical%20trials%20are%20voluntary%20research,does%20not%20conduct%20Clinical%20Trials
https://www.fda.gov/media/82381/download
https://www.fda.gov/patients/drug-development-process/step-3-clinical-research
https://www.fda.gov/patients/learn-about-drug-and-device-approvals/fast-track-breakthrough-therapy-accelerated-approval-priority-review
https://www.fda.gov/patients/fast-track-breakthrough-therapy-accelerated-approval-priority-review/accelerated-approval
https://www.fda.gov/patients/fast-track-breakthrough-therapy-accelerated-approval-priority-review/breakthrough-therapy
https://www.fda.gov/patients/fast-track-breakthrough-therapy-accelerated-approval-priority-review/fast-track
https://www.fda.gov/patients/fast-track-breakthrough-therapy-accelerated-approval-priority-review/priority-review
https://www.youtube.com/watch?v=GbJasFgJkLg
https://www.fda.gov/drugs/types-applications/investigational-new-drug-ind-application
https://www.fda.gov/drugs/types-applications/new-drug-application-nda
https://www.viltepso.com/support
https://www.zolgensma.com/onegene-program

