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PROTOCOL SUMMARY FOR NEW AND CONTINUING PROTOCOLS

1. Provide a brief (200-250 word) summary of background information for physician/scientists:

The purpose of this study is to build a National Registry of data from subjects with selected primary immune deficiency diseases; this will include demographic, immunologic and health data on a large group of patients to discover the frequency of certain complications (autoimmunity, cancer, hepatitis, etc), the age of the subjects, relationship between immune function and outcomes, race/or ethnicity and cause of death if known. At this time the diseases include chronic granulomatous disease, leukocyte adhesion defect, Di George Syndrome, common variable immunodeficiency, X-linked agammaglobulinemia, X-linked hyper IgM syndrome, and severe combined immune deficiency. Firs, I submit a large data set of patient information on one of these diseases, common variable immune deficiency, to this National Registry. For this part of this project, for patients no longer followed at Mount Sinai, I have already asked for a waiver of informed consent and a waiver of authorization to release PHI for research. (These were submitted already) Second, I will submit data on new ongoing patients that I may see using the consent form. (Attached)  Since the data submitted will be ultimately de-identified, and if I want to get data myself from the Registry which is de-identified, I already submitted a “Request to access Health information by use of De-identified Data.”  Since we are collecting some data retrospectively, we are submitting an updated “Retrospective Clinical Data Review Form”
2. State purpose of study: 

To provide data on a number of subjects with these rare diseases to a National Data Base; the goal is to discover basic outcome data, ethnic, racial characteristics, kind of complications, etc, of these immune defects.

3. Indicate number of subjects to be enrolled at this site: _____500 (?)________ 

    Indicate total number of subjects to be enrolled, if multicenter study: ______________

4. Indicate the characteristics of study population:

(a) Gender: 
Males


yes__x___
no______



Females 

yes__x___
no______

(b) Age range: 


from_0___
to __any_

(c) Racial and Ethnic Groups:



Caucasian 

yes__x___
no______




Black


yes__x__
no______



Hispanic

yes__x__
no______



American Indian
yes__x__
no______



Alaskan Native
yes__x__
no______



Asian/Pacific Islander
yes__x__
no______


Other (specify) ______________

(d) Justify any exclusion of specific gender, age, and racial or ethnic groups: 

NONE

5. State inclusion criteria for enrollment in study:

Must have a primary immune defect. Data on 8 diseases will be collected. 

6. State exclusion criteria for enrollment in study:

NONE
7.  Will vulnerable subjects be enrolled in this study? 
  yes__x___
no______

(a) Individuals with diminished mental capacity 
  yes__x___
no______

(b) children





  yes__x___
no______

(c) pregnant women




  yes__x___
no______

(d) fetuses 





  yes_____
no__x___

(e) economically or educationally disadvantaged persons  yes__x___ no______

(f) prisoners





  yes_____
no___x___

8. If vulnerable subjects are to be enrolled, describe the special precautions that will be taken to ensure that consent is freely given and that the rights and welfare of the subjects are protected:

1. I already submitted a Waiver of Consent for recording data from non-patients. (Those no longer seen here)
2. For newly enrolled patients using the new consent form, we will describe the purpose of data collection and the safeguards to privacy that are included.  We will ask each enrolled subject if they understand how we are collecting data, to be sure that the study is understood.

3. Subjects with immune defects may or may not be “vulnerable”; these diseases are rare and all subjects with these defects should have an equal opportunity to have their data included in any Registry.  To do this we will provide information to all subjects in terms that can be easily understood, we will not coerce or pay subjects, and the consent document will be in language that can be understood.  If a person does not have the mental capacity to understand the study, a parent or legal guardian will be asked to sign the consent of the potential patient.  If the person is not interested in having his or her data entered, that is fine; we will not enter them.

9. If the study involves children, will the MSSM Certification of Assent form be used to document that assent was freely given without coercion? 
yes__x___
no______

If no, indicate how assent will be documented: 

1) Waiver of Consent already submitted.

2) Children:  For Children, parent or legal guardians will be asked to sign consents, after appropriate discussions; assent of the child will be obtained.  We will not attempt to re-consent anyone later who turns 18; remember that we are just entering a small amount of clinical and immunologic data as the patient first presents to us.  It will be de-identified at the USID-Net Registry.  It will not be practical to check the birthdays of children and verify periodically that that person is now 18 or older!  What is pertinent is the data at first encounter.
10. Indicate where and how  research data will be stored to ensure confidentiality:

For the main Registry a secure computer at the USID-Net office in Maryland; data is stored with no personal identifiers. For data stored on my computer on CVID, the computer is a password protected secured computer, in a locked office.

At the USID-Net office, the electronic Primary Immunodeficiency Disease Registry data and filing cabinets are restricted to separate, high capacity disks, i.e. Jaz and Zip, which are accessed from their own drives on the computer.  Those drives, in turn, are accessed from a separate system configuration that has been established to further enhance security.  The operator uses a distinct system configuration, one that only recognizes the high capacity disk drives, when he/she is using the database.  The hard drive is not “seen” or open on the computer during this time.  In practical terms this means that the operator cannot accidentally access the Internet while working with the data.  It also means that in the event that the computer is stolen, the data will not be found on the computer.

The Internet connection is on the computer’s hard drive.  The operator uses another system configuration, one that only recognizes the hard drive, when he/she is using the Internet.  A firewall program, Black Ice Defender, is used to prevent outsider intrusion into the computer itself during an Internet connection.  An anti-virus program, Norton AntiVirus, prevents viruses from infecting the computer and is updated every time new definitions become available.  Both products are upgraded when new versions are offered.

To further enhance security, the high capacity disk is backed up at least daily, and stored in a secure location, so that there are always two copies of the electronic records.  One copy is kept on site and one off site.  This also addresses the concern for avoiding damage due to catastrophes, such as fire.  Use of the electronic data base and filing cabinet is limited, and is is password restricted.  Archiving is also done at times, and paper records are filed in locked cabinets.  The computer itself is kept in a locked facility to further prevent intrusion into the program or theft of the hardware.

11. Will data (e.g. records, samples, specimens, databases, surveys, etc.) be obtained with identifiers that can be directly or indirectly linked back to the subjects?









yes_x____
no______

But only initially on my own list,  as identifiers will be stripped at the USID-Net before storing the data in the Registry; no identifiers are used after this point.

12. Will data (e.g. records, samples, specimens, databases, surveys, etc.) be stored with identifiers that can be directly or indirectly linked back to the subjects?









yes__x___
no_____

Records with initials will be stored only on my own password-protected secured computer, in a locked office. At the USID-Net no identifiers are retained in this Registry. As noted above, initials are used only at the time of data entry at USID-Net and are discarded after any duplicates that may have been submitted, are check and discarded.

13. Indicate who will have access to information about the subjects that is identifiable:

Only Dr. Charlotte Cunningham-Rundles and medical colleagues.  We will submit data with initials and year of birth; with this we can identify our patients before submission and on retained lists. Data that the Registry allows to access for research purposes, does not contain any identifiers at all.

14. Indicate how potential subjects will be identified and recruited for participation in the study:

Subjects will not be recruited. They will have been sent by another physician or self referred because they have an immune defect. 

15. Indicate when and where consent will be obtained:

(For Data already collected: See Waiver of Consent attached.)  For new patients to be enrolled, consent will be obtained in the medical office at the time of a regular visit.

16. Indicate how you will determine whether the subjects (or their surrogates) understand the information that was provided in the consent document:

For Data already collected: See Waiver of Consent attached. For new patients to be enrolled, consent will be obtained after full discussion of the nature of the Registry, its purpose, security, and by asking questions to be sure the purpose is understood.
17.  Will the study include medical record review (hard copy of record or via computer)? 









yes_____
no___x___

If yes, list those individuals (e.g. co-investigators, fellows, research nurses, research coordinators, pharmaceutical company protocol monitors, etc.) who require access to the record:

Title




Dept./Institution/Company
Charlotte Cunningham-Rundles

Medicine – Mount Sinai Medical Center

18. Summarize, in a narrative what actually will be done to the subjects during their participation in the study.  Make certain that the following are included:

(a) a clear description of what is being done for research purposes and what  is being done as part of standard clinical care;

Data is being collected. It is all research.  There is no care component or procedures.

(b) a list of tests and procedures that will be performed for research purposes (e.g. blood tests, urine tests, cultures, interviews, questionnaires, surgical procedures, cardiac catheterization, pulmonary function tests, X-rays, scans, etc);

No test or procedures are to be done.

(c) a brief description of the analyses that will be performed on the biologic or non-biologic (i.e. questionnaires) samples collected;

No analysis.  No questionnaires are given to patients.
(d) a list  of investigational drugs that will administered and indicate for each whether there is an IND or there is an application to the FDA for an IND;

No drugs are to be given.

(e) a list  of investigational devices that will be used, indicate if they are classified as significant risk (SR) or non-significant risk (NSR) devices and whether there is an IDE or there is an application to the FDA for an IDE if the device is SR; 

No devices.

(f) a statement that defines who will be financially responsible for the costs associated with participation in the study (e.g. examinations, procedures, drugs, devices, etc.) and a statement that  defines what will be provided without cost to the subjects;

No costs.

(g) your assessment of whether the research involves any physical, psychological, social and/or economic risk(s) and the magnitude of the risk(s);

No risk.

(h) your assessment of the risk/benefit ratio of the research;

I don’t see any risk, aside from the remote possibility that from the minimal data entered that a person’s identity could be deduced.  With initials, sex, and only the year of birth ever known to the Registry at enrollment, this seems unlikely.  My own data list is retained on a password protected computer in a locked office.

19. Will the study be monitored?



yes_____
no__x___
20. Does the principal investigator or any of the co-investigators have a potential financial conflict of interest in relationship to this study?
yes_____
no___x___

If yes, describe the nature of the potential conflict for each investigator.

21. Will research coordinators be employed for this study?
yes_____
no__x____

e) Provide a contact telephone number for the senior coordinator: Charlotte Cunningham-Rundles, (212-659-9243)

22. Will private medical/psychiatric information be requested (e.g. in questionnaires) about individuals other than those who are the subjects who are enrolled in the study (e.g. family members)?




          yes_____     no_x__
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