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PCMR Awarded 4 More Years

of Funding]!

We are pleased to announce that the National Heart, Lung,
and Blood Institute has awarded the Pediatric
Cardiomyopathy Registry renewed funding to continue to
address its original study aims as well as to conduct a new
substudy! The duration of the award is four years—
September 2000 to August 2004. The PCMR is continuing
data collection in the United States and Canada in the form
of new case enrollment and annual follow-up of all
registered patients. The data from newly diagnosed cases
will further our goal of obtaining accurate incidence
estimates of cardiomyopathy and examining changes over
time as well as differences in patient subgroups. The
longitudinal data will address clinical aims, such as
describing the association between factors identified at the
time of diagnosis (patient, disease, and treatment
characteristics) with long-term patient outcome. A new
aim of the PCMR is to examine the functional status of
children in order to 1) compare functional status to

established norms; 2) to look at changes in functional status
over time; and 3) to correlate functional status with patient
outcomes.  The functional status substudy will be
conducted at 3 clinic sites (University of Rochester, Boston
Children’s and Texas Children’s Hospitals) using existing
and new cases in the prospective cohort (first diagnosed
1996 to present), with a target sample size of 253 children.
The study instruments will be self-administered annually
and completed by the child’s parents. The study protocol is
currently being submitted to Institutional Review Boards at
the 3 hospitals. We are very excited to be given the
opportunity to continue and expand wupon the
groundbreaking research that we began in 1995! Our
database, made possible by the collaboration of your
hospital with almost 200 others across North America, now
contains over 2300 patients, and offers definitive insights
into the course, treatment, and outcome of pediatric
cardiomyopathy.

How Time Flies . . .

Many of you have probably been wondering what the PCMR Data Coordinating Center has been up to in
the last year, and why you haven’t heard from us on as regular a basis as you had in the last
century!...When word was received that the PCMR would be funded for 4 more years, we began the
complex task of converting the existing paper-based data management system (DMS) into a web-based DMS. The first
step was to freeze the existing database of almost 2000 patients, and for several months data entry and automated reports
were put on hold as the NERI programmers moved the entire database into the new, secure, web-based system called
Adept (Advanced Data Entry and Protocol Tracking). Over the last few months, there has been a complete quality review
of many aspects of the data (see Data Manager Corner in this issue) and extensive testing of the triggers that tell the user
what new forms are expected, and when forms are no longer expected (for example for transplanted or deceased patients).
In addition, several custom reports have been designed for you to access and review summaries of your own patient data.
By now, you should have received your login and password for the system located at http://study.neri.org/pcmr, and we
strongly encourage you to utilize the system on a regular basis for enrolling patients (Form 01 “postcard” — 8 items) so
that we can reduce the lag time between diagnosis and enrollment, as requested by the PCMR Observational Study
Monitoring Board. On the NERI side of things, we will, this summer, when all aspects of the system are fully operational,
recommence our regular practice of periodic site mailings of expected/overdue forms and forms completed for which
reimbursement is expected. We encourage you to access this new state-of-the-science system weekly to enroll any newly
diagnosed patients and review your own data! Please feel free to contact us at any time with questions about the system,
or if you would like to pay us a visit for a personalized training session. We would also like to thank you for your
patience during these months of conversion and testing of this complex database.

Funded by the National Heart, Lung, and Blood Institute
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RECENT ABSTRACTS
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Background: Population-based data on the
incidence of pediatric cardiomyopathy are rare
because of the lack of large prospective studies.
Methods: The NHLBI-sponsored Pediatric
Cardiomyopathy Registry collected data on all
patient newly diagnosed by age 18 years with
cardiomyopathy. The diagnosis had to have been
made by a pediatric cardiologist and had to meet
study criteria. All children diagnosed during 1996,
1997 and 1998 in 2 geographically distinct regions of
the United States: New England (MA, ME, NH, VT,
RI) and the Central Southwest (TX, OK, AR) were
included in the Registry. Results: Over the three
years and two regions we identified 350 cases for an
overall annual incidence of 11.8 per million patient-
years (95% CI: 10.6, 13.1). Younger age (<1 year

old) at diagnosis had a significantly higher incidence
rate than older age (1-18 years old) (110.4 vs 6.9, P

The Incidence of Pedatric Cardiomyopathy:
The Prospective Pediatric Cardiomyopathy Registry
Steven E. Lipshultz, MD; Lynn A. Sleeper, ScD; Jeffrey A. Towbin, MD; April M. Lowe, MS;
E. John Orav, PhD; Gerald F. Cox, MD, Paul R. Lurie, MD; Kristina McCoy, BS;
Jane Messere, RN; Rebecca A. Orfaly, BS; Steven D. Colan, MD

<0.0001). The incidence of cardiomyopathy was
lower in White (8.6) than in Black (22.6, P <0.0001)
or Hispanic children (23.8, P <0.0001). Boys had a
higher incidence of cardiomyopathy than girls (13.1
vs. 10.4, P+0.028). A significant regional difference
was noted (New England = 14.2 vs. Central
Southwest = 10.6, P=0.010). When divided by
functional type, we found that 40% of the incident
cases were hypertrophic, 49% were dilated, 3% were
restrictive or other types, and 8% were unspecified.
Incidence did not change significantly over the three
years of study. Conclusion: The incidence of
pediatric cardiomyopathy has been established for
two large regions of the U.S. Most cases are
identified at an early age and differences due to
gender, region, and ethnic origin exist.

[JACC 37:1180-196, 2001]

Left Ventricular Noncompaction: Clinical Features
Ricardo H Pignatelli, Louis I Bezold, Mark B Lewin, Lisa Haglund, William J Dreyer,
Susan W Denfield, Nancy A Ayres, Jeffrey A Towbin

Background: Noncompaction of left ventricular
myocardium (NCLV) is a rare genetic disorder (X-
linked and autosomal dominant inheritance) of
endomyocardial morphogenesis. In some cases,
mutations in the Xq28-linked gene G4.5 are
identified. Cardiac death results from depressed
cardiac  function, systemic embolism and
dysrhythmias. Purpose: To review clinical features
and course of pediatric patients (pts) with NCLV.
Methods: In order to develop a diagnostic and
management protocol for NCLV, clinical data from
20 pts followed since 1997 were reviewed including
family history, ECG, echo and lab results. Results:
Of the 20 pts (11 male/ 9 female), family history
was positive in 7 (35%). Only 2 pts (10%) had
dysmorphic features. There were ECG abnormalities
in 19 (95%) of the pts, including severe LVH or
biventricular hypertrophy (10/19; 53%), inverted T
waves (5/19; 28%) and WPW (4/19; 22%). No
LBBB or RBBB was detected. Of the 20 pts, 18 (10
male/8 female) had isolated NCLV (small VSDs or
mild PS were included due to similar management)
and 2 had associated complex cardiac malformations
(1 tricuspid/pulmonary atresia and 1 hypoplastic left
heart). In the isolated NCLV group, age at

presentation ranged from 2d to 14 yr with 15/18 pts
(83%) presenting in the first year of life. Of these,
16/18 (89%) were symptomatic at presentation. Low
cardiac output was the most frequent clinical feature
in symptomatic pts (6/16; 38%). LV function at time
of diagnosis was depressed in 16/18 pts (89%) with
a mean EF of 24%. In 9/18 pts (50%) early
improvement in LV systolic function, with
subsequent progressive deterioration was seen. Echo
demonstrated biventricular noncompaction
morphology in 7/18 pts (39%). Only 2/18 (11%) had
evidence of thrombi or emboli (echo or explanted
heart findings). Of the 18 isolated NCLV pts
diagnosed in the first year of life there were 4 deaths
(22%) and 2 OHT (11%). Conclusions: 1) NCLV is
not a uniformly fatal infantile disorder when
diagnosed in the first year of life; 2) Improvement of
ventricular function for a variable period is common
3) ECG abnormalities are common; 4) Dysmorphic
features are uncommon; 5) Embolism is less
common than described in the literature; and 6)
Both ventricles may be affected.

[Circulation 102; 11-558 (A2712), 2000]
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ENROLLMENT REPORT

As of April 23, 2001 we have 2,320
eligible patients enrolled in the

Registry!

All Prospective Patients by Gender and Race

White Black Hispanic Natl_ve Asian Other Unknown Totals
American
Male 490 110 121 4 23 25 14 787
Female 338 87 91 4 22 13 14 569
Totals 828 197 212 8 45 38 28 1356
Retrospective Patients by Gender and Race
White Black Hispanic ANatl_ve Asian Other Unknown Totals
merican
Male 393 87 50 1 12 8 9 560
Female 249 70 54 1 16 8 6 404
Totals 642 157 104 2 28 16 15 964

Since the last newsletter, over 200 ineligible patients have been removed from the Registry database.

PCMR Prospective New England/Central Southwest
Enroliment through 2000 as of April 23, 2001

Please submit your Enrollment
1407 128 Postcards immediately upon
120 - 117 111 identification of each of your
" 9% cardiomyopathy patients so that
2 100 1 our incidence estimates remain up-
3 81 to-date and accurate. The postcard
5 807 can then be followed by the
E 60 - Supplemental Form 02 when chart
E review is complete, preferably
Zz 407 within 6 weeks of diagnosis. Your
20 1 continued contributions strengthen
this unique and amazing database!
04 . . . .

1996 1997 1998 1999~ 2000*

Year of Diagnosis
* Data collection ongoing. — Approximately 30 Year 2000 enroliments are pending.
This graph should (unfortunately) not be decreasing!—Please review all records immediately

for any 1997-2000 newly diagnosed cases that have not been registered!
Thank you!
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DATA MANAGER CORNER

“I received my ADEPT agin and password....ow what?”

N
N

y thistime, you should have received a package ®
containing a login and password for ADEPT, as  Security
well as instructions for using the systenTo get _
started using ADEPT, you umst first make sure that FOr security reasons, ADEPT passards only last
your PC or a MAC reets the minimumrequirerents ~ 10r 90 days  Therefore, every 90 days, you will be

to ensure smooth and efficient functioning of thePrompted to change your paword. You ray wish to
ADEPT sysént change your password before 90 days is up to

sonething that is easier for you to rember. Please
make sure that when changing your password, you
make a note of this someplacafes so that you will be
x 266 megahertz processor z sure to know the new password the nexetyou log
x 32 megabytes RAM onto ADEPT.
x High speed internet coaction (sich as DSL,

Cable, T1, or T3, as opposed to a dial-upPatience

Hardware

modem) If you experience difficultiesvith the systen{which
x Monitor capable 0800x600 pixel resolution is constantly being refimg, please do not give up.
Email us for help or call Rebecca at 617-923-7747
Browsers x367.

Both Netscape Navigatoand Microsoft Internet Now you're ready to begin using ADEPT for
Explorer can be used to accese #ite, but newer PCMR data entry! At this point, you can use
versions of each browser should be used. ADEPT to enter Enfbment Postcards and instantly
enroll patieits in the EMR. Additionally, you can
For Microsoft's Internet Explorer, versions 40  access th custorized, up-to-date reports (tables by
and higher are required. race and gender, andtiigy of key variates for each

of your registered patient$dr your site. So ready,
For Netscape, version 4.5 and higher should set, ENROLL!

be uSed- gEEEEEEEEEEEEEEEEEEEEEEEEEEEEEEEEEEEEEEEEEEEEESR

wX oy E
‘ﬁ; New Faces :

4 ~

Your browser's JavaScript and cache settings
must also be configured If your browser is not
properly configured, ADEPT will nb let you
proceed ad will prompt you to change these
settings. To change these settings, follow th
instructions provided by ADET on the screen or in
your Adept nanual to:

It is our pleasure to announce thege
Administrative  Coordinating Center stafa
additions to you.

Two new Research Assiates hag joined tre
Registry, Colleen Hghes and Elizabet
Cadregar Both will continue to nake Outreah :
Visits to many of our sites throughout thes
country and field questions and concerns for all
sites. You may reach Ms. Hughes and Ms.=
Cadregari at (716) 273-5653 and (716) 275-
8038, respectively or at
colleen_hughes@urmrochester.edand
elizabeth_cadregari@uuamochester.edu

x Have JavaScript enabled

x Have cookies enabled

x Have caching set to check “evetyne” for
updated files

llllllllllllllllllllllllll¢llllllllllllll
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