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Table 2. HRU among patients with RTT, overall and by pediatric

and adult patients
Stratification by age

Table 3. Healthcare costs among patients with RTT, overall and by pediatric and adult patients

Stratification by age

Pediatric (<18 years of age) Adult (218 years of age)
n=3,078 n=2,862

INTRODUCTION

* Rett syndrome (RTT) is a severe neurodevelopmental
disorder that almost exclusively affects females and is

RESULTS

Overall RTT cohort
N = 5,940

Study Population

PPPY healthcare costs,2® USD 2021

« A total of 5,940 females met the eligibility criteria and were included in the study population, of whom 3,078

Overall Pediatric

associated with substantial disease burden'-4 (51.8%) comprised the pediatric cohort and 2,862 (48.2%) comprised the adult cohort RTT cohort | (<18 years of age) | (218 years of age) All-cause total healthcare costs, PPPY, mean * SD [median] 40,326.08 + 45,816.41 [22,161] | 45,717.69 £ 48,177.75[28,306] | 34,547.79 £ 42,387.85[17,327]
* To date., there are no approved therapies that target the * Median age of the overall RTT cohort was 17.0 years (interquart”e range: 0-28 years), most individuals were Incidence rate, PPYa-—< N= 5,940 n= 3!078 Medical costs 34,77236 + 42,74672 [16,605] 40,25845 + 45,02267 [22,397] 28,89281 + 39,32394 [11,705]
underlying cause of RTT; such therapies may help reduce from the southern region (34.5%), and Medicaid was the most common non-missing insurance plan type (27.3%; . Inpatient 6,087.85 + 15,776.45 [0] 6,718.32 + 16,482.26 [0] 5,412.17 £ 14,953.67 [0]
h i health M i ) All-cause HRU 4443 52.43 35.86
t et[]e lance on ia t dcare reso_uiczs- _th°§$¥?r’ tgerat“re Figure 1) noatient stay 037 035 038 ED 960.97 + 1,911.36 [0] 950.67 + 1,883.12 [0] 972.01 + 1,941.11 [0]
on the economic purden associated wi in the . . .
: o : . . e . . - .- OP 6,790.76 £ 10,012.37 [2,269 8,379.33 £ 10,971.80 [3,611 5,088.25 + 8,547.96 [1,387
United States is limited, representing a much-needed Figure 1. Baseline characteristics of patients with RTT, overall and by pediatric and ED visit 0.56 0.56 0.57 | N 12,269 [611] 11,3871
. Long-term care/skilled nursing facilities® 0.00 £ 0.00 [0] 0.00 £ 0.00 [0] 0.00 £ 0.00 [0]
area of study stelufl prEbliEE OP visit 9.58 1322 569
VISI . . . :
provide an overview of healthcare resource utilization o 10 100 : Long-term care/skilled nursing 017 0.02 0.32 Unknown place of service¢ 19,869.57 + 31,660.39[5,929] | 23,069.35 + 33,274.28[8,105] | 16,440.29 + 29,450.54 [3,922]
(HRU) and costs among female individuals with RTT in é 0.9 facilities Home/hospice care 12,054.33 + 58,526.51 [0] 15,161.01 % 66,024.12 [0] 8,724.84 + 49,021.61 [0]
the United States gg 08 = 80 Other place of service 2.30 2.29 2.30 Therapeutic services® 7,070.61 + 19,386.18 [0] 7,801.62 + 17,537.50 [193] 6,287.16 + 21,161.11 [0]
©
'-g S 0.7 % Unknown place of serviced 31.46 35.97 26.61 Medical supplies 1,7112.45 £ 4,431.68 [595] 1,738.07 £ 3,601.65 [596] 1,684.99 £ 5,175.37 [595]
M ET H 0 DS § § 82 é_ o0 Home/hospice care 16.31 18.50 13.96 Durable medical equipment 2,941.85 % 12,095.75 [93] 3,924.70 £ 13,320.73 [631] 1,888.51 + 10,525.90 [0]
=9 o 2 40 Therapetic services visi® 796 057 178 Other/missing 3,491.05 + 24,611.75 [259] 3,653.60 + 24,535.43 [624] 3,316.74 + 24,692.09 [68]
Data Source 25 o3 5 edical suon i o c 56 Pharmacy costs 5,553.73 + 8,958.07 [1,146] 5,459.25 + 8,940.76 [1,046] 5,654.98 + 8,975.49 [1,253]
' edical s Ies . . .

* Pre-adjudicated and adjudicated administrative § E 0.2 £ 90 Up? _ RTT-related total healthcare costs,” PPPY, mean + SD [median] 18,070.17 + 22,131.18 [9,214] 20,775.66 + 22,978.75 [12,489] 15,170.65 + 20,798.11 [6,221]
healthcare claims data from the IQVIA™ Medical Claims § o4 Durable medical equipment use 247 2.9 1.91 Medical costs 14,642.50 +20,159.61 [5,008] | 17,342.97 + 21,044.67[8.969] | 11,748.36 + 18,738.57 [3,463]
Data (Dx) and Longitudinal Prescription Data (LRx) =4 0.0 -. -. .. 0 Other 2 81 411 1.41 Inpatient 223528 + 6,204.44 [0] 2 656.46 + 6,804.42 [0] 1,783.90 + 5.662.76 [0]
the study objectives cohort (n=3,078) (n=2,862) (N = 5,940) (n=3,078) (n=2,862) RTT-related HRU 20.98 2514 16.52 ED 51.56 + 169.43 [0] 57.77 + 176.57 [0] 44.90 + 161.17 [0]

. (N =5,940) | Unkr_lovyn/unspecified plan? I\/ll_edti)cl:are/Medicaid dual Inpatient stay 0.21 0.24 017 OP 2,692.22 + 4,778.25 [479] 3,512.81 £ 5,357.78 [857] 1,812.78 £ 3,878.31 [279]

Study Peélgn | = Mediad Mosare £D visit 012 013 01 Long-term care/skilled nursing facilitiese 0.00 + 0.00 [0] 0.00 + 0.00 [0] 0.00 + 0.00 [0]

© A Iongltudlnal, retrOSpeCtlve, cohort StUdy was used ancludes medical claims associated with an unspecified plan, unknown third party, cash, claims processing, or missing . Other p|ace of service 425.41 + 964.81 [0] 497.70 £ 1,05495 [0] 347.93 + 850.97 [0]
SCTSS;?%S% tr;eojgl)dy objectives (November 1, 2016- RTT, Rett syndrome; SD, standard deviation OP visit . . - 4.39 6.53 210 Unknown place of serviced 9,238.03 + 16,345.78 [2,148] 10,618.23 + 16,946.74 [3,334] 7,758.85 + 15,540.67 [1,144]
o Cefined as the date of the firet Treatment Patterns of Pharmacological Agents Long-term care/skilled nursing faciliies) 007 0.02 0.14 Home/hospice care 5,026.20 + 30,727.50 [0] 5,463.78 + 28,617.45 [0] 4,557.24 + 32,832.24 [0]

© Index date was aefined as the date ot the 1irs - High persistence in the use of pharmacological agents was observed, with the longest mean durations of therapy in Other place of service 1.04 114 0.93 Therapeutic services® 3,973.31 + 16,395.43 [0] 4,054.24 + 13,872.62 [0] 3,886.58 + 18,725.19 [0]
observed diagnosis of RTT in any position 9 : SN : . N
. . . . the overall cohort being for antiepileptic drugs (683.50 days), sedatives/hypnotics (365.47 days), and prokinetic Unknown place of service? 15.14 17.09 13.07 Medical supplies 770.11 + 1,998.00 [0] 832.84 + 2,136.24 [0] 702.88 + 1,835.95 [0]

* The baseline period was defined as 6 months prior to the agents (321.19 days; Table 1) _ . ’ ’ ’
index date for patients =1 years of age or from the start of Home/hospice care 757 7.95 7.16 Durable medical equipment 1,948.83 + 11,047.98 [0] 2,623.53 +12,130.40 [0] 1,225.74 £ 9,703.57 [0]
clinical activity to the index date for patients <1 year of Table 1. Treatment patterns during follow-up Therapeutic services visite 383 5.16 2 41 Other/missing 1,578.36 + 12,212.14 [0] 1,581.49 + 11,105.48 [92] 1,575.01 + 13,296.31 [0]
age and was used to describe demographic and Stratification by age | | Pharmacy costs 3,427.67 + 6,761.45 [223] 3,432.70 + 6,769.67 [216] 3,422.29 + 6,752.62 [230]
Clinical CharaCte riStiCS 0 IRTT h ¢ P d t ic (<1 8 f Ad |t >1 8 f Medlcal SuppIIeS 243 254 230 aAmong patients with multiple types of visits on the same day, inpatient stays were prioritized over all other types of visits, followed by ED visits, OP visits, long-term care/skilled nursing facilities, other places of service, and unknown place of service; PAll costs were truncated at the

r r I r = r . . ercentile. For patients with no utilization of medical or pharmaceutical services, costs were set to zero dollars; “Medical claims with non-zero costs for long-term care/skilled nursing facilities fell above the ercentile of costs among patients wi : dUnknown places of

* The observation periOd was defined as the periOd from Treatment patterns: pharmacolodic agents ve :i =5 94%0 0 edia Ici(,i - 3%9738 50 age) “ ( n _26562 0 age) Durable medical eqUIpment use 1.21 1.48 0.93 gg:Ci(‘:)e inclutc:edFmegictal c:aim;hthat dtelscritbed tfhe p?acelof szhrvice as “(t)thelr” or “unassigr:ed.” Proc:eéure coge;| asso,::/lia?ed \llvitlh each rtnhedical claim W(teref usled%otdeﬁne th/e lt(yllaedofvisit;ge'];'helr;pelljti2 sgrvicetz viZ?t;hir?cludecg lphysicalttherapy?r:)y;rotr:era[tJI;,Ff)zupl:\tignal th:rlapy,

the indeX date tO the earlieSt Of end Of Clinical activity or p . p g g = v ) = & speech therapy, and feeding assistance; fRTT-reIa.ted medical costs were defineq as aII' cqsts fpr a medjcal service claim V\{ith a diagpos?s of RTT in the prjmary or §econdary position. RTT was identified using the following /ICD-10-CM diagnosis code: F84.2. RTT-related pharmacy
Duration Of therapy (days, a" epiSOdES), mean * SD [median] Other 139 210 062 costs were defined as all costs for a pharmacy claim for an RTT-related therapy (ie, antiepileptics, nutritional agents, sedatives, prokinetic agents, and antiarrhythmics)

end of data availability, during which HRU and associated

ED, emergency department; ICD-10-CM, International Classification of Diseases, 10th Revision, Clinical Modification; OP, outpatient; PPPY, per-person-per-year; RTT, Rett syndrome; SD, standard deviation; USD, United States dollar

. S : aAmong patients with multiple types of visits on the same day, inpatient stays were prioritized over all other types of visits, followed by ED visits, OP visits, long-
costs were described Antleplleptlc drUgS 683.50 £ 379.43 [806] 655.07 + 395.64 [763] 714.64 + 358.38 [838] term care/skilled nursing facilities, other places of service, and unknown place of service; ®Consecutive days of inpatient stays, ED visits, or long-term care visits
Sedatives/hypnotics 36547 + 40200 [1 15] 24003 + 34425 [56] 44344 + 41 599 [31 2] were congidered 1 visit; °Eva|u§ted on each distinct day during the follow-up period, inlcludinglthe index dalte; dUn!(nown places of seryice included mg(?ical claims
Stu dy Pop u | atio n . . that described the place of service as “other” or “unassigned.” Procedure codes associated with each medical claim were used to define the type of visit;
Prokinetic agents 321.19 £ 390.15 [112] 314.12 £ 379.30 [129] 323.30 £ 396.61 [111] ¢Therapeutic services visits included physical therapy, hydrotherapy, occupational therapy, speech therapy, and feeding assistance; 'RTT-related was defined as S T U DY L I M I TATI 0 N S
* Females with =21 medical claim with a diagnOSiS code of Nutritional Supplements 273.69 + 297 67 [141] 954 95 + 336.70 [49] 285.35 + 280.28 [194] a medical service claim with a diagnosis of RTT in the primary or secondary position. RTT was identified using the following /CD-10-CM diagnosis code: F84.2
. " . . . . . ' - ' ! - ! ' - ' ED, emergency department; HRU, healthcare resource utilization; ICD-10-CM, International Classification of Diseases, 10th Revision, Clinical Modification; o The |QV|ATM Medica| C|aimS Data DX com r.iSeS re_ad-udicated ClaimS for WhICh a ment amountS have nOt et been finaiized and are
RTT in any position were included. Those with medical Antiarrhythmic drugs 31275+309.14[282] |  190.33 % 231.15 [114] 680,00 [680)] O utptiet; PPY, pe person-year, RTT, et syrore (Dx) comprises pre-ad pay y

claims for cerebrovascular disease or brain trauma during
the baseline period were excluded

Duration of therapy (days, first episode), mean * SD [median]

All-Cause and RTT-Related Healthcare Costs

often inflated compared with their adjudicated equivalent. Therefore, healthcare costs may be overestimated
« Miscoding of diagnoses or procedures in administrative claims data may result in misclassification of patients and endpoints of interest

. ey . Antiepileptic drugs 631.45 + 406.94 [721] 595.10 £ 425.12 [653] 671.27 + 382.24 [774] : : g _ o _
* Individuals were further stratified into pediatric (<18 years Sedatives/hvonofi 301 57 + 394.86 74 198.13 + 333,06 24 298.99 + 41111 [251 « Over a mean observation period of 2.04 years, the mean all-cause total « Study findings may not be generalizable to individuals who have no insurance
of age on index) and adult (=18 years of age on index) ede? 'Ve_s ypnotics ST £394.86[74] 132 333.06 24] 29 241111 [251] healthcare cost PPPY was $40,326.08 (pediatric, $45,717.69; adult,
subgroups Prokinetic agents 266.19 £ 367.79 [76] 261.47 £ 368.31 [69] 267.60 £370.90 [77] $34,547.79), comprising $34,772.36 in medical costs (pediatric, $40,258.45;
o ] Nutritional supplements 249.72 £ 295.27 [93] 251.58 £ 338.46 [33] 248.60 £ 275.55 [125] adult, $28,892.81) and $5,553.73 in pharmacy costs (pediatric, $5,459.25;
Statistical Analysis Antiarrhythmic drugs 149.00 £ 203.99 [71] | 189.33 £ 229.47 [114] 28.002 [28] adult, $5,654.98; Table 3) CONCLUSIONS

Annual incidence rates of HRU were reported per person-
year (PPY) for each type of healthcare encounter and
calculated as the number of healthcare encounters
divided by the total person-years of observation

Healthcare costs, including medical and pharmacy costs,
were reported per-person-per-year (PPPY) and calculated
as the total costs incurred over the observation period

aSD could not be calculated because there was only one participant in this group
RTT, Rett syndrome; SD, standard deviation

All-Cause and RTT-Related HRU

« Over a mean observation period of 2.04 years, the incidence rate of any all-cause HRU was 44.43 visits PPY in the
overall population, 52.43 visits PPY in the pediatric subgroup, and 35.86 visits PPY in the adult subgroup (Table 2)

» The all-cause HRU was driven primarily by home and hospice care visits (16.31), outpatient visits (9.58), and
therapeutic services visits (7.26), and similar trends were observed across the pediatric and adult subgroups

 All-cause medical costs were primarily driven by home and hospice care
visits ($12,054.33), followed by therapeutic services ($7,070.61), outpatient
visits ($6,790.76), and inpatient visits ($6,087.85) among the overall cohort,
and similar trends were observed across the pediatric and adult subgroups
(Table 3)

« Mean RTT-related total healthcare costs PPPY were $18,070.17 (pediatric,
$20,775.66; adult, $15,170.65), accounting for nearly 50% of all-cause

 Patients with RTT incur substantial HRU, with nearly 1 medical visit per week and nearly half of all visits attributed to RTT annually

» The corresponding cost burden is also substantial, with nearly half of all-cause healthcare costs associated with a diagnosis of RTT
» Both the HRU and cost burden are especially high among pediatric patients relative to adult patients
* These findings underscore the need for effective therapies to treat RTT, with the potential to reduce considerable economic burden and

facilitate long-term clinical benefits

.. . i
divided by the length of observation per person (Table 2) healthcare costs across both pediatric and adult subgroups (Table 3) REFERENCES ACKNOWLEDGMENTS DISCLOSURES _-':_"‘-LEI To receive a copy o
. . . o ; - is poster, scan
« All COS’[S. were |r_1flat|on-adjusted to 202:] US dollars and * The overall incidence rate of any RTT-related HRU was 20.98 visits PPY (pediatric, 25.14; adult, 16.52), * As with all-cause medical costs, key drivers of RTT-related medical costs 1. AI‘]L!I’\JI R, etél. Value Health. 2019;22(Suppl 2):S341. ;?:niﬁﬁuscggﬁ:foggﬁgf&bguﬁ;iﬁas g%i;zz:lmglacgtiﬁcof?;?sdiinm ND. KS _%:‘ coge via b?rcct)_de
summarized using mean, standard deviation, and comprising nearly 50% of all-cause HRU across all cohorts (Table 2) among the overall cohort included home and hospice care visits ($5,026.20), 2 Noa o minge mi ooiDordarlatint Corsgivacs o provided by Evidence Scientfic Solutions, Inc P, and WYC are employees of Analysis. [m]pBita  roccerepricaton

median values and funded by Acadia Pharmaceuticals Inc. Group, Inc., a consultancy that received
funding from Acadia Pharmaceuticals Inc.

to conduct this study.
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therapeutic services ($3,973.31), outpatient visits ($2,692.22), and inpatient o6, 2090
visits ($2,235.28), and similar trends were observed across the pediatric and 3. Glaze DG, et al, Neurology. 2010:74(11):909-912.
adult subgroups (Table 3) 4. Motil KJ, et al. J Pediatr Gastroenterol Nutr. 2012;55(3):292-298.
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« As with all-cause HRU, key drivers of RTT-related HRU in the overall population included home and hospice care
visits (7.57), outpatient visits (4.39), and therapeutic services visits (3.83), and similar trends were observed across
the pediatric and adult subgroups (Table 2)

* Extreme values were truncated at the 95th percentile to
reduce sensitivity to outliers
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