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43rd Annual Family Conference 
Heart to Heart and Home to Home! 

The 43rd Annual Family Conference was NTSAD's largest 
conference ever with more than 500 attendees, including 190 
first-time attendees and more than 150 families and 
26 countries represented!  
 
The Conference had many highlights including the opening 
session hosted by Sean Baumstark and Kyle Bryant, known for 
their Two Disabled Dudes podcast. Sean and Kyle kicked off 
the conference with an honest and inspiring conversation with 
NTSAD families and Board members Staci Kallish, Kevin 
Romer, and Sara Scaparotti. They reminded us to live beyond 
circumstance, to redefine hope, to find purpose and the beauty 
in community, and to learn and love.  
 
Friday's Research Day had more than 30 researchers and 
industry members shared the latest advances in research, drug 
development, and clinical trials for Canavan, GM1, Sandhoff, 
and Tay-Sachs diseases.  
 
Throughout the conference, valuable information was shared, 
support was offered and families received unique 
understanding via peer meetings, health management sessions, 
and support groups. Overall, the Conference featured more than 
70 speakers and facilitators and 30 sessions. Recorded 
sessions are now available to watch.  
 
The NTSAD community remains powerful through a global 
pandemic and supportive of one another as families navigate 
care, clinical trials, loss, disappointment, and challenges. We are 
a resilient community with more rare allies than ever. 
 
Together we can do almost anything. We can find effective 
treatments and above all else, support rare families.  
 
Thank you to all who attended, presented, sponsored, 
supported, honored loved ones, and provided care during the 
conference and all year long. See you next year! 

  

https://www.youtube.com/watch?v=pxDPIkT6hl8&t=1s
https://www.youtube.com/watch?v=pxDPIkT6hl8&t=1s
https://twodisableddudes.com/
https://www.youtube.com/watch?v=jImIOlY_0Vs&list=PL4k-iaXQkxGJBnWKcjNL7ULLeBj80OaIW&index=5
https://ntsad.org/index.php/2021-annual-family-conference
https://ntsad.org/index.php/2021-annual-family-conference
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Sio's GM1 Clinical Trial Shows Early Positive Biomarkers 
 

Sio Gene Therapies' Phase 1/2 Clinical Trial shows four out of five children treated with the lowest 
dose of gene therapy at six-month follow up show direct evidence of positive biochemical effect. Dr. 
Cynthia Tifft, Deputy Clinical Director of the National Human Genome Research Institute 
(NHGRI) and Principal Investigator in the study, is presenting early findings at the 24th Annual 
Meeting of the American Society of Gene & Cell Therapy (ASGCT) conference on May 13 at 
6:15 p.m. EDT.  
 
For more on the findings, read press release. 
 
For more on Dr. Tifft's ASGCT May 13 presentation 

 

 
 

  

Mathew Forbes Romer Foundation Highlights NTSAD Partnership 
 

The Mathew Forbes Romer Foundation hosts its third and final event in its gala mini-series on 
Wednesday, May 19 at 7 p.m. EDT. For almost 20 years the Mathew Forbes Romer Foundation has 
been an affiliate of NTSAD and partner in driving quality genetic testing and advancing research. 
NTSAD's Executive Director Sue Kahn will share milestones from the decades-long 
collaboration during the May event, which culminates with a “See the Light Awards” presentation to 
honoree Dr. Joan Keutzer, Former V.P. Global Scientific Affairs, Rare Diseases at Sanofi Genzyme. 
Joining Dr. Keutzer for an interactive discussion on the future of national newborn screening is Dr. 
Rodney Howell, Chairman Emeritus of the University of Miami Miller School of Medicine's Department 
of Pediatrics and the Founding Chair of the U.S. Department of Health and Human Services 
Secretary's Advisory Committee on Heritable Disorders in Newborns and Children.  
 
Learn more and purchase tickets here. 

 

 
 

  

Update on First Patient Dosed in Sio's GM2 Gene Therapy Clinical Trial 
 

https://investors.siogtx.com/news-releases/news-release-details/sio-gene-therapies-announces-csf-reductions-gm1-ganglioside
https://asgct.org/
https://www.mfrfoundation.org/2021-sweetness-and-laughter-virtual-gala-series/


USA Today profiled the first GM2 patient to receive the full dose 
of gene therapy as part of Sio's clinical trial made possible by 
NTSAD's partnership and funding of research of Miguel Sena 
Esteves, Heather Gray-Edwards, UMass Medical School, Doug 
Martin, Auburn University, Dr. Florian Eichler, Massachusetts 
General Hospital, and Dr. Cynthia Tifft, National Institutes of 
Health (NIH), that led to Sio Gene Therapies' GM2 clinical trial. 
NTSAD shares in the family's joy in hearing Alissa's deep belly 
laughs following the treatment.  
 

Read the USA TODAY article.  

 

 

 

 

 

 
 

  

Landsman Family Raise Money and Participate in Canavan Clinical Trial 
 

When Jennie and Gary Landsman learned that both their sons, 
Benny and Josh, had Canavan disease, they were stunned that 
there was no treatment. They went on to fundraise millions of dollars 
for research leading to a clinical trial for Canavan disease in which 
their son Benny recently participated. The Landsmans are optimistic 
that the gene therapy will help their two sons as well as other 
families with affected children. 
 
Read the article.  
 
Watch the NTSAD Virtual Family Conference 2021 Canavan 
Research Breakout Session. 

 

 

 

 

 

 
 

  

Thank You 2021 Annual Family Conference Sponsors 
 

Thank you to our sponsors and supporters for making the Annual Family Conference possible and 
sustaining our important work!  

 

COURAGE    
 
Sanofi Genzyme  
 
HOPE    
 
Aspa Therapeutics 
 
Recursion 
 
Laura and Simeon Schindelman  
 
Taysha Gene Therapies   
 
 
 
 
 
 
 

INSPIRATION    
 
Drive FORE Dylan   
 
Lysogene    
 
Mathew Forbes Romer 
Foundation   
 
Passage Bio   
 
The Quinn Madeleine 
Foundation 
 
Sio Gene Therapies   

 

DETERMINATION    
 
Amicus Therapeutics 
 
Azafaros B.V.   
 
Cameron & Hayden Lord 
Foundation   
 
Gain Therapeutics   
 
Idorsia Pharmaceuticals, Ltd 
 
COMMUNITY   
 
B Brave Foundation   
 
Bonnie and Barry Davis in loving 
memory of Adam Davis  
 

http://r20.rs6.net/tn.jsp?f=001osTsBasZOXVKCS-awg3nw3c-Q0spp_TfvjlhDXW-xvDtRNakeTSs_MWL1r2kwfPeSg4oa2UyuL8P9r_uTpbC7EVXNz2B0tjlzW02onl9MHvIvnwob_4RGaycJd6FR20NLu6Gyh5Ee1iqSg2KQziANQ==&c=m5MKbpl7o1ERnISJGUPvjGBBDSrx9yQIVNCBVhpCfT5Cqpg6tYAcKw==&ch=mDMDakJ3NYfRsk2FKJg1044322G3sO38VOZ2ZRmQ0e7bI95-l5LWfw==&jrc=1
http://r20.rs6.net/tn.jsp?f=001osTsBasZOXVKCS-awg3nw3c-Q0spp_TfvjlhDXW-xvDtRNakeTSs_MWL1r2kwfPe3vRwT4PoNMEHq7O6jhKHHF2bJvua2ComyT0qrsJl9Elxg_W5xijwFET7OvJzML5S66-GpBsvV-pf9YD6WmWDiA==&c=m5MKbpl7o1ERnISJGUPvjGBBDSrx9yQIVNCBVhpCfT5Cqpg6tYAcKw==&ch=mDMDakJ3NYfRsk2FKJg1044322G3sO38VOZ2ZRmQ0e7bI95-l5LWfw==&jrc=1
http://r20.rs6.net/tn.jsp?f=001osTsBasZOXVKCS-awg3nw3c-Q0spp_TfvjlhDXW-xvDtRNakeTSs_MWL1r2kwfPeGr3Pi39a_eEHhyhjWq7dp8IIXi4bgMhxYZv0fmUKGNn7oxDIRN5RWbpB85S272iaBjbMLq74bD5gc8ktKUcRIw==&c=m5MKbpl7o1ERnISJGUPvjGBBDSrx9yQIVNCBVhpCfT5Cqpg6tYAcKw==&ch=mDMDakJ3NYfRsk2FKJg1044322G3sO38VOZ2ZRmQ0e7bI95-l5LWfw==&jrc=1
http://r20.rs6.net/tn.jsp?f=001osTsBasZOXVKCS-awg3nw3c-Q0spp_TfvjlhDXW-xvDtRNakeTSs_MWL1r2kwfPeGr3Pi39a_eEHhyhjWq7dp8IIXi4bgMhxYZv0fmUKGNn7oxDIRN5RWbpB85S272iaBjbMLq74bD5gc8ktKUcRIw==&c=m5MKbpl7o1ERnISJGUPvjGBBDSrx9yQIVNCBVhpCfT5Cqpg6tYAcKw==&ch=mDMDakJ3NYfRsk2FKJg1044322G3sO38VOZ2ZRmQ0e7bI95-l5LWfw==&jrc=1
http://r20.rs6.net/tn.jsp?f=001osTsBasZOXVKCS-awg3nw3c-Q0spp_TfvjlhDXW-xvDtRNakeTSs_MWL1r2kwfPeDte5jUeIvdxnG4DlXiXj4OYjwBbRwXNT6TTy9VpwOwZT3FlgZ4SwrZh-5h6Wgf89FwrB0UR36Sw=&c=m5MKbpl7o1ERnISJGUPvjGBBDSrx9yQIVNCBVhpCfT5Cqpg6tYAcKw==&ch=mDMDakJ3NYfRsk2FKJg1044322G3sO38VOZ2ZRmQ0e7bI95-l5LWfw==&jrc=1
http://r20.rs6.net/tn.jsp?f=001osTsBasZOXVKCS-awg3nw3c-Q0spp_TfvjlhDXW-xvDtRNakeTSs_MWL1r2kwfPeDte5jUeIvdxnG4DlXiXj4OYjwBbRwXNT6TTy9VpwOwZT3FlgZ4SwrZh-5h6Wgf89FwrB0UR36Sw=&c=m5MKbpl7o1ERnISJGUPvjGBBDSrx9yQIVNCBVhpCfT5Cqpg6tYAcKw==&ch=mDMDakJ3NYfRsk2FKJg1044322G3sO38VOZ2ZRmQ0e7bI95-l5LWfw==&jrc=1
http://r20.rs6.net/tn.jsp?f=001osTsBasZOXVKCS-awg3nw3c-Q0spp_TfvjlhDXW-xvDtRNakeTSs_MWL1r2kwfPer1Pwo7vkQHCUiHxYR0V3FaeSAU5hUTPca_iPxuxK0eg-ugXnMToB9QxaVi0Td9stabuN_E1bAkUWQZ5mVF9ta9LAPql-Ait3uHmOnozkaavAO8qiSVQuDYJIeOLB-Wa0pJzAMxleFxqVMKVr58VdXCIF8r7P64ZkxBnOZ85Gug-xtGx0OJo4vv_jimPAOhm4xkBkpcmUvs3pOCFS2PnHxA==&c=m5MKbpl7o1ERnISJGUPvjGBBDSrx9yQIVNCBVhpCfT5Cqpg6tYAcKw==&ch=mDMDakJ3NYfRsk2FKJg1044322G3sO38VOZ2ZRmQ0e7bI95-l5LWfw==&jrc=1
http://r20.rs6.net/tn.jsp?f=001osTsBasZOXVKCS-awg3nw3c-Q0spp_TfvjlhDXW-xvDtRNakeTSs_IIb9fHVQhgYShJT6VzQzvH0NS9y6I49icHQQlNWf55XmPOIV6FJ0h4sOp2IFLjDvhdsUzjycVZ1or8Ndz61_bBjpLoU1WhmariWRxRic0hlzPPx1iW11yqThqaUprWzAtD2alowLW6kd1AxamDQomMOH6-C7AFiMmlwUhakBJhfeukAh3pl-sm4Rm6tJDZ3msz6OxKj_CCPOHvQ1OWqvoNoOv2srMAr1Lc6XaIISVLfpj4d1ci5fjlQhfKj3t3urCuVR1eI8HxxCBnfmtZjKS4ejAWrzfaw_PyiNLN-uSRYrsWOaW-73JGwRIJ2a9EpQeStU3uJz85KTPcTZvkNLD4Q9YejP5GpZw==&c=m5MKbpl7o1ERnISJGUPvjGBBDSrx9yQIVNCBVhpCfT5Cqpg6tYAcKw==&ch=mDMDakJ3NYfRsk2FKJg1044322G3sO38VOZ2ZRmQ0e7bI95-l5LWfw==&jrc=1
https://www.usatoday.com/in-depth/news/health/2021/04/25/gene-therapy-offers-hope-danish-girl-but-uncertainty-lies-ahead/4850987001/?fbclid=IwAR3hQ3ptbyISoAGTtO3afdoJ1-Wxf0vg4beic3-_pkUpSrPXcOAjCJ9t3PY
http://r20.rs6.net/tn.jsp?f=001osTsBasZOXVKCS-awg3nw3c-Q0spp_TfvjlhDXW-xvDtRNakeTSs_IIb9fHVQhgYShJT6VzQzvH0NS9y6I49icHQQlNWf55XmPOIV6FJ0h4sOp2IFLjDvhdsUzjycVZ1or8Ndz61_bBjpLoU1WhmariWRxRic0hlzPPx1iW11yqThqaUprWzAtD2alowLW6kd1AxamDQomMOH6-C7AFiMmlwUhakBJhfeukAh3pl-sm4Rm6tJDZ3msz6OxKj_CCPOHvQ1OWqvoNoOv2srMAr1Lc6XaIISVLfpj4d1ci5fjlQhfKj3t3urCuVR1eI8HxxCBnfmtZjKS4ejAWrzfaw_PyiNLN-uSRYrsWOaW-73JGwRIJ2a9EpQeStU3uJz85KTPcTZvkNLD4Q9YejP5GpZw==&c=m5MKbpl7o1ERnISJGUPvjGBBDSrx9yQIVNCBVhpCfT5Cqpg6tYAcKw==&ch=mDMDakJ3NYfRsk2FKJg1044322G3sO38VOZ2ZRmQ0e7bI95-l5LWfw==&jrc=1
https://www.today.com/health/canavan-disease-family-raised-millions-clinical-trial-gene-therapy-t216346
http://r20.rs6.net/tn.jsp?f=001osTsBasZOXVKCS-awg3nw3c-Q0spp_TfvjlhDXW-xvDtRNakeTSs_MWL1r2kwfPe38IllT6yQ148F_LFSiQy3ia5M5TdBr2Ldk6BUxlurlm62uUWf7Yv4gXEsN6lGCzlSMaJN3KjCmXg70dqdNPRcPkzC12oUE5AeGfq4NM3WDiDizjOqyjfOuvOl7pkd_tKqaAqmvoUE1rVNH7mq3trmenAFqnak469BE7U25__SXdP1WleiUz29S5fUTmwncH1&c=m5MKbpl7o1ERnISJGUPvjGBBDSrx9yQIVNCBVhpCfT5Cqpg6tYAcKw==&ch=mDMDakJ3NYfRsk2FKJg1044322G3sO38VOZ2ZRmQ0e7bI95-l5LWfw==&jrc=1
https://ntsad.org/index.php/afc-2021-canavan
https://ntsad.org/index.php/afc-2021-canavan
http://r20.rs6.net/tn.jsp?f=001osTsBasZOXVKCS-awg3nw3c-Q0spp_TfvjlhDXW-xvDtRNakeTSs_DgAhfrhYKMqiLO89_wPkDqwzMPbkObi2OhWk2NoDA-nQFueH4jdMoSOB9axQ78VmnGP0pbavOUsvE5dxZsMHpFP9PVL5EwEai_Pmagngl04ct-iiQaejW6_4LhmXSbZtIj51J6CBZHxzgJnp-CRe-MpxiaRR0Z4pg==&c=m5MKbpl7o1ERnISJGUPvjGBBDSrx9yQIVNCBVhpCfT5Cqpg6tYAcKw==&ch=mDMDakJ3NYfRsk2FKJg1044322G3sO38VOZ2ZRmQ0e7bI95-l5LWfw==&jrc=1
http://r20.rs6.net/tn.jsp?f=001osTsBasZOXVKCS-awg3nw3c-Q0spp_TfvjlhDXW-xvDtRNakeTSs_DgTDnC9FdV4c4mP8hFT9IChQClR6w5VwIdO2s1u2KEAwseXdD3DqMcNxr-2ah1_IFpBD5oBSBmPzGLBbJDJrOs9z0mZJ9fg9Q==&c=m5MKbpl7o1ERnISJGUPvjGBBDSrx9yQIVNCBVhpCfT5Cqpg6tYAcKw==&ch=mDMDakJ3NYfRsk2FKJg1044322G3sO38VOZ2ZRmQ0e7bI95-l5LWfw==&jrc=1
http://r20.rs6.net/tn.jsp?f=001osTsBasZOXVKCS-awg3nw3c-Q0spp_TfvjlhDXW-xvDtRNakeTSs_GpMgP_g531_4Bxh86WJHLEcMXpq015f2lj6y_WCm8jOW_t6yqpAawytoo6agYmaHbdv7dNedtmNjBx71WtnCHAGcSK5SvCJyQ==&c=m5MKbpl7o1ERnISJGUPvjGBBDSrx9yQIVNCBVhpCfT5Cqpg6tYAcKw==&ch=mDMDakJ3NYfRsk2FKJg1044322G3sO38VOZ2ZRmQ0e7bI95-l5LWfw==&jrc=1
http://r20.rs6.net/tn.jsp?f=001osTsBasZOXVKCS-awg3nw3c-Q0spp_TfvjlhDXW-xvDtRNakeTSs_DgAhfrhYKMqiNkwYGKjSQU0Ai88N5mmb5DZU_QZMmhP3mV6FLIOwbDceKW9Kcl4cARYvEKy0onOqYAtyXBOdXFnwxgS8kTlhhPhGoJcS83K8zqWILic4dM=&c=m5MKbpl7o1ERnISJGUPvjGBBDSrx9yQIVNCBVhpCfT5Cqpg6tYAcKw==&ch=mDMDakJ3NYfRsk2FKJg1044322G3sO38VOZ2ZRmQ0e7bI95-l5LWfw==&jrc=1
http://r20.rs6.net/tn.jsp?f=001osTsBasZOXVKCS-awg3nw3c-Q0spp_TfvjlhDXW-xvDtRNakeTSs_DgTDnC9FdV4A0c3XlCuDcnqiIVMO-eBzHFxjRyt46pZGIpQdrz1-ohQyWICCrczHP1GMqbCo42g7fF38-huB-Q=&c=m5MKbpl7o1ERnISJGUPvjGBBDSrx9yQIVNCBVhpCfT5Cqpg6tYAcKw==&ch=mDMDakJ3NYfRsk2FKJg1044322G3sO38VOZ2ZRmQ0e7bI95-l5LWfw==&jrc=1
http://r20.rs6.net/tn.jsp?f=001osTsBasZOXVKCS-awg3nw3c-Q0spp_TfvjlhDXW-xvDtRNakeTSs_DgAhfrhYKMqlqd8CgNOHvPjBLdUB-cuLiXD4DIoDoP7qtfJ0jXGq04Vtx_ur4f6phcpeL9ViHMXTZMA2RluSfkeg1TKcDUijA==&c=m5MKbpl7o1ERnISJGUPvjGBBDSrx9yQIVNCBVhpCfT5Cqpg6tYAcKw==&ch=mDMDakJ3NYfRsk2FKJg1044322G3sO38VOZ2ZRmQ0e7bI95-l5LWfw==&jrc=1
http://r20.rs6.net/tn.jsp?f=001osTsBasZOXVKCS-awg3nw3c-Q0spp_TfvjlhDXW-xvDtRNakeTSs_DgAhfrhYKMqpmJm40BAGeqJ_YYvOGdhUpxKSbXgx1sudP1ar4EzydqjjOMrWBqCHEVTB_yr8o97G9sz9T-Y65_wXbZ0iyQwnQ==&c=m5MKbpl7o1ERnISJGUPvjGBBDSrx9yQIVNCBVhpCfT5Cqpg6tYAcKw==&ch=mDMDakJ3NYfRsk2FKJg1044322G3sO38VOZ2ZRmQ0e7bI95-l5LWfw==&jrc=1
http://r20.rs6.net/tn.jsp?f=001osTsBasZOXVKCS-awg3nw3c-Q0spp_TfvjlhDXW-xvDtRNakeTSs_DgAhfrhYKMqHFt1c_2XDOfs4svZnLcwxLM2zp4Rz4m_7e4h_16b9rd6noRQKOMT5zUq93HryNtpdYV1M4EdeaHPqo6a_KcJo8tMajpz13DY&c=m5MKbpl7o1ERnISJGUPvjGBBDSrx9yQIVNCBVhpCfT5Cqpg6tYAcKw==&ch=mDMDakJ3NYfRsk2FKJg1044322G3sO38VOZ2ZRmQ0e7bI95-l5LWfw==&jrc=1
http://r20.rs6.net/tn.jsp?f=001osTsBasZOXVKCS-awg3nw3c-Q0spp_TfvjlhDXW-xvDtRNakeTSs_DPB_ZhriXMB2BFbcAuTUGnlyPNk_21WSy7ADfd9KGZ34jweBtPRX4cdQrDumGVBHFvYC1gfLP-UeHlJR1wJDLiSVHOagsBSL8SrK1AAzxO5&c=m5MKbpl7o1ERnISJGUPvjGBBDSrx9yQIVNCBVhpCfT5Cqpg6tYAcKw==&ch=mDMDakJ3NYfRsk2FKJg1044322G3sO38VOZ2ZRmQ0e7bI95-l5LWfw==&jrc=1


 
 
 
 
 
 
 
*Sponsors as of publication date.  
Please forgive any omissions or errors. 

 

Evan Lee Ungerleider Fund 
 
IntraBio   
 
National Tay-Sachs & Allied 
Diseases Association of 
Delaware Valley 
 
NTSAD New York Area Fund 
 
c 
 

 

   

NTSAD leads the worldwide fight to treat and cure Tay-Sachs, 
Canavan, GM1, and Sandhoff diseases by driving research, 
forging collaboration, and fostering community. Supporting 
families is the center of everything we do. 

 

Donate 

  

 

  

  

STAFF 
Sue Kahn, Executive Director  
Becky Benson, Family Services and Conference Coordinator  
Sydnie Dimond, Development and Communications Associate  
Susan Keliher, Director of Development and Communications  
Diana Pangonis, Director of Family Services  

 

NTSAD 
2001 Beacon Street 
Suite 204 
Boston, MA 02135 
 
info@ntsad.org 
www.NTSAD.org 
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