Cystinosis Research Foundation
Lay Abstract Template for Awardees

Autumn 2011 Grants
Please complete this lay-oriented grant abstract form which will be published on the CRF web site and in the CRF Star Facts with announcement of your award.  Please do not exceed 350 words total.  Please submit this form to us as a Word file. 

_____________________________________________________________________________

Principal Investigator (s) and/or Mentors/Fellows: Stephanie Cherqui, PhD, Principal Investigator – Brian Yeagy, PhD, Research Fellow 
Project Title: Stem and Gene Therapy for Cystinosis
Objective/Rationale: Please write a lay-oriented statement of the scientific rationale for this project.  Approximately 75-85 words.
Our previous work has shown that stem cell based gene therapy in a cystinotic mouse model is effective in treating cystinosis. The three major mechanisms under investigation for this type of stem cell based treatment are cellular differentiation, cell fusion, and cell-cell interactions. It is the objective of this project to determine the major factors involved in the fusion process.
Project Description: Please write a brief, lay-oriented description of how you will carry out the project.  Approximately 125-130 words.
The basis of our approach will be using both a mouse model and in vitro cell culture to investigate what factors are contributing to the stem cell fusion process. The cystinotic mouse model we developed has dual fluorescence that distinguishes the host cells (Red) from the transplanted cells (green). The host/donor-fused cells in several organs will be easily recognized (yellow) and thus isolated to further study them to determine what kind of genetic and other biological factors are involved.  The cell culture experiments will allow us a more controlled environment to further test the finding we get from the mouse model.
Relevance to the Understanding and/on Treatment of Cystinosis:  Please explain how the project will impact cystinosis treatment or increase our understanding of cystinosis.  Approximately 75 words.
Gaining a better understanding of the mechanism of the stem cell-based treatment in our model for cystinosis will give us a better grasp of why this treatment is so effective.  This is important for the stem cell therapy for cystinosis, and for the regenerative medicine in general.
Anticipated Outcome:  Please write a lay-oriented description of what you expect to learn/discover.  Approximately 75 words. 
This project will enable us to determine the major genetic factors related to the process of cell fusion between the host and donor cells in our mouse model.  By identifying these factors we hope to be able to gain a more selective understanding of their function by using cell culture experiments. 
