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Background Sample Characteristics Composite Language score correlates well

CLN3 disease is an autosomal-recessively N = 20 individuals with UBDRS _Vineland-3 NPT with 'f‘depE.Tlde”t ratings of |
inherited, childhood-onset neurodegenerative genetically confirmed Comm“”'lclat'or‘;l.' > (Fiéréht report) an
lysosomal storage disorder, caused by CLN3 disease overal tapabl '_tV (_C nician _rat'”g)
mutations in the CLN3 gene on chromosome * 9 males/ 11 females T Comnss o 0o oS ot
16p12. * N =19 with vision |

loss (ranging from
Symptoms begins between 4-6 years of age. mild to severe
Clinical features include early and profound [blind])
vision loss, cognitive and motor impairments, N = 4 with repeat
dementia, seizures, and premature death in the (two) Vineland-3 UBDRS Capability
second or third decade of life. assessments Global Cognitive Z score

Vineland-3 ABC Composite

Communication Standard Score
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There are no approved disease modifying |
therapies as yet for CLN3 disease. The Unified

Capability-Actual = 1.6082-2.986*x; 0.95 Conf.Int.

Batten Disease Rating Scale (UBDRS) is a Cognitive test performzf\r.lce, Pare.nt-ra.ted adaptive functzlon, and Clinician- 085 (o< 0001y < 77
rated capability are highly inter-correlated (R4 = .94)
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reliable, valid, NCL-specific tool for evaluating
" Prediction of Cognitive Function by UBDRS Capability x Vineland-3
Sym ptoms and fu nCt|On - Howeve r’ there are feW Capability-ActuaI:AB%SS:GIobaICogZ: )I(/Iultiple R(z/x';/) = 0.39,)693, p = 0.00000

other few specific measures to characterize GlobalCogz = -3.2454-0.16817x+0.03447y Bivariate correlations
how affected patients “feel and function”. (Pearson r)
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UBDRS Capability Score (Actual Vision)
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E 3 p <. O 1’- %k 3k p <. OO 1 Language Composite z score

Aim
To determine associations dmong potentlal Cog = Global Cognitive Z Score Language composite score: Average of the z scores for

outcome assessments to evaluate function in i (Cog) WRAML-2 Sentence Recall, Verbal Fluency, and Wechsler

i subtests: Similarities, Vocabulary
' - Cap = UBDRS Capability Score
CLN:_)’ (.lelsease. N / ABC = Vineland-3 Adaptive
Clinician-Reported. UBDRS Capability scale e Behavior Composite Score

Observer-Reported: Vineland Adaptive - , Discussion

Behavior Scales-Third edition (Vineland-3) Global Cognitive Z Score: Average of the z scores for selected Wechsler subtests: Vocabulary, There is high concordance among
Performance Assessment: (NPT) Similarities, Information, Digit Span Forward, Digit Span Backward three different assessments of

Neuropsychological assessment battery function in CLN3 disease,

Modest declines in adaptive function in affected individuals distinguished by different methods
Methods and informants.

Vine_land-3 Adap_tive Behavior Composite (ABC) ) \I;/I;?]t r(é:))ez?g/lzeecl:;):g étlg?rssessments fOr 4 SUbJeCtS
We identified indiViduaIS enrO”ed in Our natu ral | and Domain Scores: First (t1) and Second (t2) Assessments -

: * Subject #1 is at floor of measure; no change x 10 mos. The UBDRS. a3 disease-specific
history study, who had each completed the . Subjects #2, #3, #4: change x 6 mos. ) P

UBD)RS, Vineland-3, and NPT Concurrently- | \\\\\ ,/’/’/’/” ° Age_adjusted Standard SCOI’eS mean:‘loo, Sd — 15 asselssment Of Symptoms and
function for NCL disorders, correlates

UBDRS Capability scores based on actual Subject Age (in years) well with clinical gold-standard
vision (range=0-14) and Physical function score | | | Time 1 — Time 2 assessme.nts of Co.gnltlon, language,
(range=0-112) were calculated; higher scores Subject 1 2562-26.0 and adaptive function.

. . . Subject 2 11.6 — 12.1
indicate greater impairment or symptom | ot 111812 0 g Subject 3 148150

severity. | Sublect 31132 Subject 4 115120 The Vineland-3 Adaptive Behavior
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Commu-nication Daily-Living Social}zation | Scales may be SenSitive to broad
Composite scores (defined in results section) (Domain) and specific (sub-Domain)

for global cognitive and language function were . GSVs are used to track within-subject changes changes in adaptive function over a

Vineland-3 Growth Score Value Change (over 6-10 months)

constructed by calculating the average of the z over time in Vineland-3 Sub-domains. - relatively short period of time.

SCores (mean = O, sd = 1) for selected NPT « Growth Score Values (GSVs) are not norm-

tasks referenced but higher scores indicate greater
' capability. GSV Scores range from 10-197
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