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Agenda 10:10-10:25 am
Break

10:25- 11:10 am
Genetics, Pathophysiology and Treatment 
of the Hereditary Methylmaloic Acidemias 
Charles P. Venditti, MD, PhD (NHGRI)

11:15 am-12:00 pm
Newborn Screening Translational Research Network 
Michael S. Watson, MS, PhD, American College 
of Medical Genetics and Genomics

12:05-12:50 pm
CRISPR-CAS Enhanced Gene Replacement 
for Sickle Cell Disease and 
Severe Combined Immune Deficiency 
Tim Townes, PhD, University of Alabama at Birmingham
   
12:50-1:50 pm
Lunch/ Panel Discussion with speakers

1:50-2:35 pm
Dystrophin-Independent Therapy 
for Duchenne Muscular Dystrophy 
Louis M. Kunkel, PhD, Boston Children’s Hospital

2:40-3:25 pm
Basic and Translational Science for Advancing 
Treatment of Cystic Fibrosis
Eric Sorscher, MD, University of Alabama at Birmingham

3:25-3:30 pm
Questions and Wrap Up

8:00-8:30 am
Registration and Breakfast

8:30-8:35 am  
Introduction and Welcome
Bruce Korf, MD, PhD
University of Alabama at Birmingham

8:35-9:20 am  
Clinical Trials for Neurofibromatosis 
and Tuberous Sclerosis Complex
Bruce Korf, MD, PhD
University of Alabama at Birmingham

9:25-10:10 am 
Ethical and Legal Issues in Clinical Genomics
Kyle Brothers, MD, University of Louisville, Kentucky 

Please register at
ChildrensAL.org/genetics

Medical
Professionals

Program
Monday, March 16

8:00 am-3:30 pm

Bradley Lecture Center 
4th Floor, Children's Harbor Building

$15 to attend.
Questions?

 Please contact Shaila Handattu at 
hande@uab.edu
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Agenda
9:25-10:10 am 
Ethical and Legal Issues in Clinical Genomics
Kyle Brothers, MD, University of Louisville, Kentucky

10:10-10:25 am
Break

10:25 am-12:00pm  
Panel Discussion - IEPs and 504s: What you need to 
know, and how to get what your child needs
Panelists
Karen Kisor, Executive Director, Spring Valley School 
Representatives from The Gallini Group

12:05-12:50 pm 
Financial Planning for families for 
children with special needs
Katherine Barr, Sirote and Permutt PC
   
12:50-1:50 pm
Lunch/ Panel Discussion with speakers

8:00-8:30 am
Registration and Breakfast

8:30-8:35 am  
Introduction and Welcome
Bruce Korf, MD, PhD
University of Alabama at Birmingham

8:35-9:20 am  
Clinical Trials for Neurofibromatosis 
and Tuberous Sclerosis Complex
Bruce Korf, MD, PhD
University of Alabama at Birmingham

Symposium
Rare Disease

$15 to attend. Questions?   
Please contact Shaila Handattu at hande@uab.edu

Community
Program

Monday, March 16
8:00 am-1:50 pm

Bradley Lecture Center 
4th Floor, Children's Harbor Building

Marilyn Yang, age 4, pictured above (right) with her siblings and on 

the opposite side of this flyer, has congenital central hypoventilation 

syndrome (CCHS). There are approximately 1,200 cases worldwide. 

Marilyn receives treatment for CCHS at Children’s of Alabama.
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Please register at
ChildrensAL.org/genetics


