
                                       AD_________________ 
 
 
Award Number:  W81XWH-06-1-0026 
 
 
 
TITLE: The University of Chicago Neurofibromatosis Program 
 
 
 
PRINCIPAL INVESTIGATOR:  James H. Tonsgard, M.D. 
 
                
CONTRACTING ORGANIZATION:  University of Chicago  
                                                         Chicago, Illinois  60637 
                             
 
REPORT DATE:  November 2006  
 
 
TYPE OF REPORT:  Annual Summary  
 
 
PREPARED FOR:  U.S. Army Medical Research and Materiel Command 
               Fort Detrick, Maryland  21702-5012 
                 
 
DISTRIBUTION STATEMENT: Approved for Public Release;  
                                                  Distribution Unlimited 
 
 
The views, opinions and/or findings contained in this report are those of the author(s) and 
should not be construed as an official Department of the Army position, policy or decision 
unless so designated by other documentation. 



 

 

REPORT DOCUMENTATION PAGE 
Form Approved 

OMB No. 0704-0188 
Public reporting burden for this collection of information is estimated to average 1 hour per response, including the time for reviewing instructions, searching existing data sources, gathering and maintaining the 
data needed, and completing and reviewing this collection of information.  Send comments regarding this burden estimate or any other aspect of this collection of information, including suggestions for reducing 
this burden to Department of Defense, Washington Headquarters Services, Directorate for Information Operations and Reports (0704-0188), 1215 Jefferson Davis Highway, Suite 1204, Arlington, VA  22202-
4302.  Respondents should be aware that notwithstanding any other provision of law, no person shall be subject to any penalty for failing to comply with a collection of information if it does not display a currently 
valid OMB control number.  PLEASE DO NOT RETURN YOUR FORM TO THE ABOVE ADDRESS. 
1. REPORT DATE (DD-MM-YYYY)
01-11-2006 

2. REPORT TYPE
Annual  Summary 

3. DATES COVERED (From - To)
15 Oct 2005 – 14 Oct 2006 

4. TITLE AND SUBTITLE 
 

5a. CONTRACT NUMBER 
 

 The University of Chicago Neurofibromatosis Program 5b. GRANT NUMBER 
W81XWH-06-1-0026 

 5c. PROGRAM ELEMENT NUMBER 
 

6. AUTHOR(S) 
 

5d. PROJECT NUMBER 
 

James H. Tonsgard, M.D. 5e. TASK NUMBER 
 

E-Mail:  jtonsgard@peds.bsd.uchicago.edu  
 

5f. WORK UNIT NUMBER
 

7. PERFORMING ORGANIZATION NAME(S) AND ADDRESS(ES) 
 

8. PERFORMING ORGANIZATION REPORT   
    NUMBER

University of Chicago                                                             
Chicago, Illinois  60637

 
 
 
 

 
 
 

9. SPONSORING / MONITORING AGENCY NAME(S) AND ADDRESS(ES) 10. SPONSOR/MONITOR’S ACRONYM(S)
U.S. Army Medical Research and Materiel Command   

Fort Detrick, Maryland  21702-5012   
 11. SPONSOR/MONITOR’S REPORT 
        NUMBER(S)
   
12. DISTRIBUTION / AVAILABILITY STATEMENT 
Approved for Public Release; Distribution Unlimited  
 
 
 

13. SUPPLEMENTARY NOTES
  

14. ABSTRACT  
 
 
The University of Chicago participated in the development of a clinical consortium to develop treatment protocols for patients with NF1. Four general areas of 
interest were delineated and study groups were formed to discuss each area. Potential treatment options were discussed and 4 treatment protocols were 
developed. A consortium structure was developed and a grant to support the consortium and the protocols was submitted. 

15. SUBJECT TERMS  
No subject terms provided. 

16. SECURITY CLASSIFICATION OF: 
 

17. LIMITATION  
OF ABSTRACT

18. NUMBER 
OF PAGES

19a. NAME OF RESPONSIBLE PERSON
USAMRMC  

a. REPORT 
U 

b. ABSTRACT
U 

c. THIS PAGE
U 

 
UU 

 5
 

19b. TELEPHONE NUMBER (include area 
code)
 

 Standard Form 298 (Rev. 8-98)
Prescribed by ANSI Std. Z39.18



  
  

Table of Contents 
 
 
 
Cover           1 
 
SF 298           2 
 
Introduction          4 
 
Body           4 
 
Key Research Accomplishments       5 
 
Reportable Outcomes         5 
 
Conclusions          5 
 
References          5 
 
Appendices          5 
 
 
 



  

Introduction: 
 The purpose of the award was to: 1.) Develop a consortium of medical centers 
with special expertise in the treatment of neurofibromatosis-1 (NF1), 2.) Identify clinical 
problems in patients with NF1 that might be amenable to therapeutic intervention, 3.) 
Develop strategies for the treatment of those clinical problems, and 4.) Submit protocols 
for clinical trials for treatments for patients with NF1. 
 
 
Body: 
 
 The medical centers met in Maryland in November of 2005 to introduce 
themselves, the nature of their institutions, and the NF patient populations that we serve. 
We also presented potential clinical trials that were based on the experience and 
expertise of the individual institutions. I presented an examination of Psychosocial 
Problems in Teenagers and Young Adults with NF1. After all of the presentations, the 
group agreed that there were at least 4 general areas that had been identified that were 
potentially amenable to therapeutic intervention: Plexiform and cutaneous 
neurofibromas, malignant peripheral nerve sheath tumors, optic gliomas, and 
neurocognitive problems. Study groups from all of the institutions were formed to discuss 
each general area and to develop one or more clinical trials for each of the identified 
clinical problems. Dr. Giola (Children’s National medical Center) and myself were 
chosen as co-chairs of the neurocognitive study group. Over the course of 5 months we 
convened regular conference calls to development treatment protocols for learning 
disabilities in children with NF1. As part of this process, Dr. Giola and I attended a 
consensus conference in Los Angeles with international leaders in the field of NF1 and 
learning disabilities and discussed potential treatments for learning problems as well as 
methods of assessing learning problems and the effects of medication. The 
neurocognitive study group then developed specific recommendations for the 
assessment of learning disabilities and their treatment using Lovastatin. The choice of 
Lovastatin was based on experimental studies in the mouse heterozygote model which 
showed improved memory and performance in mice after short term treatment of the 
animals with Lovastatin. Our recommendations were presented to the entire consortium 
in April and a decision was made to proceed with the development of a phase II clinical 
trial of Lovastatin  in children, age 10-17, with NF1. The neurocognitive study group 
developed a written protocol for a phase II trial. The primary burden of the development 
of the trial fell on Drs. Giola and Acosta (National Children’s Medical Center), Walters 
(NIH), and Tonsgard (U of Chicago). As part of this process, we also presented our 
ideas to a symposium that was held in conjunction with the annual Neurofibromatosis 
research meeting in June. The clinical trial was then written and submitted as part of the 
consortium’s application. 
 
 
Key Research Accomplishments: 
 
 1. Identification of clinical problems in NF1 that might be amenable to treatment. 

2. Development of collaborative study groups to discuss general clinical areas. 
3. Development of clinical protocols. 
4. Development of a national consortium for clinical trials for NF1 
 
 

Reportable Outcomes:  None 



   
  

 
Conclusions: 

 
The clinical problems of patients with NF1 will only be solved by the collaborative 

efforts of centers with substantial experience with NF1 as well as familiarity with the 
basic scientific developments in NF1. We have identified at least 4 general areas that 
are amenable to therapeutic intervention and have developed treatment protocols. 
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