
RESEARCH UPDATE 
      by Joan Mowery 
 
 
We want to give everyone an update on what is happening in the research world to 
help SDS patients and discuss our participation in those efforts.  There are several 
research projects right now looking at the cause of SDS.  
 
Researchers are studying various drugs and possible gene therapy for patients.  
Another study is looking at how X-rays affect the bodies of SDS patients.  
Additionally, research is being done to study how SDS affects various body 
organs.  There is an important study ongoing to identify a marker that will indicate 
which SDS patients will transform to MDS and/or leukemia. Identifying patients 
who have this marker will allow them to be taken to transplant before transition to 
MDS and/or leukemia occurs.  This will save many lives, as the success of SDS 
transplant after transition occurs is dismal.  Studies are ongoing to find less 
ablative drugs and therapies to prepare SDS patients for transplant.   
 
I need to give a huge thank you at this point to the physicians and researchers who 
are so dedicated to helping SDS patients.  All of these studies are extremely 
important for the simple but ultimately important reason that they will save the 
lives of SDS patients.  While our primary desire is to find a cure for SDS, we 
realize that this could be some time in coming.  This is why we must also focus on 
other therapies.  I know it might seem like a crazy statement, but SDS is a 
relatively young disease having only been identified in1964.  I am proud of our 
accomplishments in the 25 years of our groups' existence.  We were very blessed 
that Dr. Rommens and her team identified the gene responsible for SDS within 7 
years of our groups' formation.  This has opened the door for more significant 
studies and research.  My great desire is that a therapy be developed to stop the 
need for bone marrow transplants completely.  While we want every SDS patient 
to have a perfect match for a transplant, we cannot overlook the fact that finding a 
perfect match is not a guarantee that the patient will survive a transplant.  
Unfortunately, we have lost far more patients to organ failure and overwhelming 
infection than to non-engraftment.  So simply put, we need to find a therapy to 
avoid transplants completely or at least lessen the impact of transplant preparation 
on the patient's body.  
 



SDSF is funding several of the research projects listed above.  We, the SDSF 
Board, have gone to great lengths to minimize all spending so we have as much 
donated money as possible to finance these grants. 
 
Here is the bottom line, we need your help.  Plain and simple. 
In addition to what we are currently funding, which is over $100,000.00, we have 
had inquiries from more researchers wishing to apply for grants from us to fund 
significant and important projects.  These research projects are going to benefit 
your children, grandchildren, cousins and friends with SDS.  It is unthinkable that 
anyone should die because of lack of knowledge and/or research. 
 
Each of us has a responsibility to help these patients.  I ask each of you to help.   
If each person who knows a SDS patient would donate just $20.00 we could fund 
another research project.  It could be the one that finds the cure.  None of us wants 
to not have the money to fund that potentially most important of grants. 
 
 


